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The Feb. 14 roll-out of the new name was 
tightly choreographed, with the associa-
tion’s logo transforming on screen as Davis 
spoke and signage being replaced in the 
exhibit hall while attendees heard the pre-
sentation in a ballroom. Association email 
addresses also switched from gphaonline.
org to accessiblemeds.org, and staff had 
been hesitant to send email in the morn-
ing for fear of revealing the name change.

The campaign also includes a hashtag-
for-swag component. As attendees left the 
presentation of the association’s changed 
name, they were offered AAM logoed T-
shirts and water bottles in exchange for 
tweeting using the new branding.

GETTING LUMPED IN WITH 
BRAND DRUGS
The fact that the generic industry – which 
many in health policy circles already see as 
the source of inexpensive medicines – feels 
the need to rebrand itself in the middle of 
a national debate on drug pricing could be 
seen as a point of frustration, but the name 
is not synonymous with savings in the way 
that the group wants it to be.

Davis pointed to remarks by President 
Trump suggesting that he wants to drive 
down drug prices. (Also see “Carrots and 
Stick: Biopharma At The White House” - Pink 
Sheet, 31 Jan, 2017.)

“While some may presume that Presi-
dent Trump’s invective was aimed solely 
at the brand industry with whom he was 
meeting a couple of weeks ago, we need 
to realize that he and others don’t neces-

GPhA Rebrands As AAM, Hopes To 
Change Tenor Of Drug Pricing Debate
M. NIELSEN HOBBS  nielsen.hobbs@informa.com

ORLANDO – Add the generic in-
dustry to the list of trade groups 
launching a marketing campaign 

in the hopes of convincing lawmakers and 
the public that its preferred solutions are 
the best ones to address concerns about 
high drug prices.

While the brand trade group PhRMA has 
titled its research-focused campaign “Go 
Boldly”, the generic group’s effort may be 
bolder still – changing the entire name of 
the organization from the Generic Pharma-
ceutical Association (GPhA) to the Asso-
ciation for Accessible Medicines (AAM). The 
rebranding is accompanied by an education 
marketing campaign focused on patient 

stories describing how generics and biosimi-
lars are “Keeping Medicines Within Reach”.

AAM’s CEO Chip Davis said that “despite 
the overall deflationary generic market, 
which is evident up and down the entire 
supply chain – you don’t believe me, ask the 
wholesalers – in many instances generics 
have been painted as part of the problem 
alongside the brand and specialty sectors.”

The association’s new identity aims to im-
prove recognition that “our medicines drive 
savings, not costs, and we stand ready to 
work with the President, Congress, patient 
groups and others to create real and lasting 
health cost solutions,” Davis told attendees 
at the group’s annual meeting.
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New Identity for a New Era

To advance the mission of our association and better represent the evolving 
generics and biosimilars industry, we have adopted a new name, logo, and 
messaging. The process of rebranding the association took months of work 
incorporating the thoughtful input of member companies, allies and other 
stakeholders. 

The new name and its focus on patients fits the industry today, tomorrow, and 
10 years from now. All that we do each day, from ensuring competition to 
enhancing FDA’s approval processes, ultimately delivers on the promise of 
putting treatments within reach for patients. When patients can afford safe, 
quality medicines, not only do their health outcomes improve, but they also 
have the resources to enrich other parts of their lives. 

This name also creates a dynamic where the association assumes a mantle of 
leadership to champion systemic changes in the supply chain to ensure 
patient access. 

Association for Accessible Medicines

Your Generics and 
Biosimilars Industry
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The balance of power behind the prescribing decision is changing: payers are ever more in charge.  That means 
that insight into how payers make decisions – how they evaluate drugs, one against another – will be crucial to 
any successful drug launch.
 
RxScorecard objectively, authoritatively, and systematically assesses marketed and pipeline drugs in a 
therapeutic indication from the payer’s point of view. Developed by senior medical and pharmacy leaders from 
major payers and pharmacy benefit managers, RxScorecard delivers practical and powerful insight into your 
drug’s reimbursement potential and how you can maximize it.  

Transparent, objective, and grounded in payer data, RxScorecard helps you refine your development path, 
future-proof your market access strategy, and achieve payer acceptance. 

Maximize Your 
Reimbursement Potential

Discover RxScorecard today. 

Visit https://goo.gl/mIof2t to review the selection of 
RxScorecards today.  Interact with the data. Compare 
drugs on clinical, safety, and economic metrics. See the 
payer perspective. 
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US FDA’s Bipartisan Support May Offer Shelter From 
Political Winds, Former Chief Says
http://bit.ly/2kGgqvH
In the wake of 21st Century Cures legislation, next commissioner 
will have strong support across party lines to undertake smarter 
regulation aimed at improving the efficiency of the drug 
development process, former FDA head McClellan says.

US Medicaid Reform: Legislators Caution CMS 
Nominee About Coverage Loss
http://bit.ly/2l18ubL
Seema Verma is closely identified with Medicaid reform but 
both Republicans and Democrats expressed concern during her 
Senate confirmation hearing that reforms not translate into loss 
of insurance coverage.

exclusive online content

Don’t have an online user account?  
You can easily create one by clicking on the  
“Create your account” link at the top of the online page. 

Contact clientservices@pharmamedtechbi.com or call:  
888-670-8900 or +1-908-547-2200 for additional information.

pink.pharmamedtechbi.com
http://bit.ly/2lSG4ma
http://bit.ly/2kRflCo
http://bit.ly/2kRmiTN
http://bit.ly/2kGgqvH
http://bit.ly/2l18ubL
mailto:clientservices@pharmamedtechbi.com


4   |   Pink Sheet   |   February 20, 2017 © Informa UK Ltd 2017

G E N E R I C  D R U G S

sarily distinguish between the brand and 
generic sectors,” he said.

“And if you need proof of that, take a 
look at what’s happened just since the 
end of last week with the new treatment 
for Duchenne that was approved on Thurs-
day,” Davis said.

Marathon Pharmaceuticals LLC received 
clearance for Emflaza (deflazacort), a corti-
costeroid that had never been approved in 
the US but was still often used to treat Duch-
enne muscular dystrophy. The firm priced 
it at $89,000 a year, but then paused the 
launch after intense criticism.

“This was a drug that got orphan status. 
When it was first reported by some of the 
media on Friday, it was classified as a generic 
drug. There’s your evidence,” Davis said.

“So when the President says ‘they are 
getting away with murder,’ … he didn’t 
draw any distinctions between the brand 
and generic market. Let’s also keep in mind 
the external environment within which 
we’ve been operating. For the past 12 to 15 
months, public opinion polls have consis-
tently shown a large majority of Americans 
– Republicans, Democrats, independents – 
nearly 70% believe that prescription drug 
pricing is a foremost healthcare policy is-
sue, if not the foremost policy issue, facing 
the nation that they want policy makers at 
the federal and state level to address.”

The news media “have clearly responded 
to and helped stimulate this concern, lead-
ing to stories about extraordinary price 
increases,” Davis said. “And while many of 
these stories have dealt with branded or 
older off-patent products, not all of them 
have, and as such our industry has been 
more than brought into the pricing de-
bate, and has received more than its fair 
share of scrutiny,” Davis argued.

WELL POSITIONED, BUT IN CRISIS
Hence the need for a dramatic move to 
change the tenure of the debate. Generic 
firms have always prided themselves on of-
fering the least expensive medicines avail-
able, yet in the middle of the most intensive 
pricing debate in years, they seem unable to 
get policy makers to embrace their message.

The industry is well positioned yet still 
in the middle of a crisis, so it seems fitting 

that one of the first speakers at the annual 
meeting was Captain “Sully” Sullenberger, 
the airline pilot who safety landed a dam-
aged plane on the Hudson River.

Sullenberger talked about how his ex-
tensive work on aviation safety and crew 
dynamics had prepared him for having 
both engines lose power after flying into 
a skein of geese, but he noted in a sense 
there was nothing that could have pre-
pared him for the event; flight simulators 
that pilots trained on did not include water 
landing scenarios since there was so little 
data on how to do it successfully.

In the same vein, there is no precedent for 
the Trump presidency – or even the effort to 
repeal Obamacare. And while Davis will be 

judged on more than 208 seconds of crises 
management like Sullenberger was, the 
challenge is also without template.

One approach AAM is taking is to use 
a strategy from the brand-industry play-
book and forge connections with patient 
groups. The annual meeting included a 
panel discussions with representatives 
talking about how affordability was impor-
tant to their communities.
The new AAM logo employs a playful, low-
er-case font that would seem at home in a 
Schoolhouse Rock video. Negative space 
between the second A and the M creates 
the impression of a capsule.

While the GPhA acronym with its lower-
case “h” could be seen to be of a piece with 
PhRMA’s branding, the generic associa-
tion’s new name is similar to its European 
counterpart. In March, the European Ge-
neric and Biosimilar Medicines Association 
became Medicines for Europe with the tag 
line “Better access. Better health.”

AAM will use the tag line “Your Generic & 
Biosimilars Industry.”

BOARD OF DIRECTORS 
EXPANDED
In conjunction with the new name, AAM 
will have a new governance structure, im-
plemented under the direction of incom-
ing board chairman Jeff Watson, Apotex 
Inc.’s president of global generics, who led 
the governance committee last year. 

“Now, all regular members of the asso-
ciation have a seat at the board of directors 
table,” Davis noted. For fees, “we replaced 
a tier-based model with a percentage of 
US generics revenue.” The changes will “en-
hance our effectiveness and increase the 
level of engagement across our member-
ship,” he said.

“These governance changes move us far 
along the path to becoming a best-in-class 
trade association and will position us more 
effectively to deploy both our financial and 
our human resources to meet the chal-
lenges that lie ahead,” Davis said.

As part of the enhancements, “for the 
first time, GPhA hired and retained its own 
inside legal counsel in Jeff Francer,” who, 
like Davis, is a PhRMA alum.  

Published online February 14, 2017
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Out with the old...

...and in with the new

The industry is well 
positioned yet still in 
the middle of a crisis, 

so it seems fitting that 
one of the first speakers 
at the annual meeting 

was Captain “Sully” 
Sullenberger, the airline 
pilot who safety landed 

a damaged plane on the 
Hudson River. 
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US FDA Approval Of Valeant’s Siliq Comes  
With REMS, Boxed Warning
MICHAEL CIPRIANO  michael.cipriano@informa.com

The US FDA’s approval of Valeant Phar-
maceuticals International Inc.’s psoria-
sis treatment Siliq (brodalumab) comes 

with several of the strict safeguards, including a 
restrictive Risk Evaluation and Mitigation Strat-
egy (REMS), discussed at the drug’s July advisory 
committee meeting.

Because of observed cases of suicidal ideation 
and behavior in clinical trials with brodalumab, 
the drug will only be available under a restrictive 
REMS. The REMS requires that:

 • Prescribers must be certified with  
the program;

 • Patients must sign a patient-prescriber agreement form; and

 • Pharmacies must be certified with the program and must only 
dispense the drug to patients authorized to receive the drug.

“Patients and their health care providers should discuss the ben-
efits and risks of Siliq before considering treatment,” Julie Beitz, di-
rector of FDA’s Office of Drug Evaluation III, said in a statement on 
the approval.

FDA’s Dermatologic and Ophthalmic Drugs Advisory Committee 
recommended brodalumab for approval in an 18-0 vote at a July 
meeting. Most of the panelists, however, only supported approval 
if risk management options beyond labeling were implemented to 
address suicidal ideation and behavior. There were six completed sui-
cides in Siliq’s clinical development program, raising questions about 
a potential drug-related risk. (Also see “Valeant’s Siliq Clears FDA Panel 
But Faces Prospect Of Post-Marketing Registry” - Pink Sheet, 19 Jul, 2016.)

The few panelists who opposed the REMS did so on the grounds 
that it could have the unintended consequence of limiting access to 
the drug for patients who need it.

Siliq was also approved with a medication guide to inform pa-
tients of the suicidal ideation and behavior risk, as well as risks of 
infections or allergic or autoimmune conditions.

BOXED WARNING INCLUDED
Brodalumab labeling carries a boxed warning about suicidal ide-
ation and behavior, a move that several advisory committee mem-
bers, including the panel’s chairman, recommended at the meeting.

“Prior to prescribing Siliq, weigh the potential risks and benefits in 
patients with a history of depression and/or suicidal ideation or be-
havior,” the warning states. “Patients with new or worsening suicidal 
ideation and behavior should be referred to a mental health profes-
sional, as appropriate. Advise patients and caregivers to seek medi-
cal attention for manifestations of suicidal ideation or behavior, new 
onset or worsening depression, anxiety, or other mood changes.”

REGISTRY REQUIRED, BUT NOT FOR 
SUICIDAL BEHAVIOR
One of Valeant’s postmarketing requirements 
involves conducting a registry-based observa-
tional exposure cohort study that compares the 
maternal, fetal and infant outcomes of women 
with psoriasis taking brodalumab during preg-
nancy to an unexposed control population.

“The registry will detect and record major 
and minor congenital malformations, sponta-

neous abortions, stillbirths, elective terminations, small for ges-
tational age births, and any other adverse pregnancy outcomes,” 
the approval letter states. These outcomes will be assessed 
throughout pregnancy. Infant outcomes, including effects on 
postnatal growth and development, will be assessed through at 
least the first year of life.

While the idea of a postmarketing registry was discussed at the 
advisory committee meeting, it was in the context of evaluating 
the link between brodalumab and suicidal ideation and behavior. 
Some of the panelists suggested a mandatory postmarketing reg-
istry as part of a REMS, but others supported a voluntary registry 
outside of the REMS due to concerns a mandatory registry would 
be a barrier to access. (Also see “Post-Marketing Registry, Suicidality 
Warning Could Be Paradox For Siliq” - Pink Sheet, 21 Jul, 2016.)

Other postmarketing requirements include a retrospective co-
hort study using administrative databases to identify pregnancy 
outcomes in women exposed to brodalumab, and a prospective, 
observational study to assess the biologic’s long-term safety with 
regard to malignancy compared to other psoriasis therapies.

HOW SILIQ STACKS UP
Brodalumab will join an already crowded marketplace of monoclo-
nal antibodies approved to treat psoriasis, including Janssen Inc.’s 
Stelara (ustekinumab), AbbVie Inc.’s Humira (adalimumab), Novar-
tis AG’s Cosentyx (secukinumab), Eli Lilly & Co.’s Taltz (ixekizumab) 
and Amgen Inc.’s Enbrel (etanercept).

Siliq’s labeling puts it at a disadvantage to some of its competi-
tors from a safety standpoint. Humira and Enbrel both have boxed 
warnings on risk of serious infections and malignancy, but the oth-
er three psoriasis drugs do not carry boxed warnings.

Siliq, however, could have an efficacy advantage. At the advisory 
committee meeting, Valeant officials touted the treatment’s effi-
cacy, noting that more than 50% of patients taking the drug had 
complete clearance of their psoriasis within a year. Siliq also dem-
onstrated superior efficacy to Stelara in two studies.

In its advisory committee briefing document, Valeant noted 
that Humira and Enbrel “have been associated with high objec-

pink.pharmamedtechbi.com
mailto:michael.cipriano@informa.com
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tive response rates in clinical trials,” but added that roughly 75% 
of patients in clinical trials and clinical practice still do not achieve 
total skin clearance using these treatments. That loss of efficacy is 
a major reason patients stop using those drugs, the company said.

“Total skin clearance is an important treatment goal that has 
both measurable and clinically meaningful benefits, even when 

compared to small amounts of residual disease,” Valeant’s advisory 
committee briefing document states. “The greatest improvements 
in patient-reported outcomes are seen in patients achieving total 
skin clearance.”  

Published online February 16, 2017

Where’s The Suffix?  
Valeant’s Siliq Approved Without Four-Letter Identifier
MICHAEL CIPRIANO  michael.cipriano@informa.com

The US FDA gave its blessing to Valeant Pharmaceuticals 
International Inc.’s psoriasis treatment Siliq (brodalumab), 
but without a four-letter suffix the agency said it would re-

quire for novel biologics and biosimilars.
A monoclonal antibody, brodalumab was approved Feb. 15 for the 

treatment of adults with moderate to severe plaque psoriasis. The 
approval comes with strict regulatory safeguards, including a Risk 
Evaluation and Mitigation Strategy (REMS) and a boxed warning for 
suicidal ideation and behavior. (Also see “US FDA Approval Of Valeant’s 
Siliq Comes With REMS, Boxed Warning” - Pink Sheet, 16 Feb, 2017.)

Brodalumab is the first novel biologic approved since FDA’s Jan. 
12 release of a final guidance on nonproprietary naming of biolog-
ic products. The final document retained FDA’s August 2015 draft 
proposal to require that distinguishable, four-letter suffixes devoid 
of meaning be added to the nonproprietary names of all currently 
approved and future biosimilars, novel biologics and related prod-
ucts. (Also see “Biologic Product Naming: US FDA Sticks With Suffixes 
‘Devoid Of Meaning’” - Pink Sheet, 12 Jan, 2017.)

The agency concluded distinguishable suffixes are required to 
facilitate pharmacovigilance and accurate identification by pre-
scribers and patients, and to help minimize inadvertent substitu-
tion of products that have not been deemed interchangeable.

Since release of the August 2015 draft naming guidance, FDA 
has approved three biosimilars with distinguishable suffixes but 
has yet to apply the new naming policy to novel products.

However, it was thought that brodalumab, which had a Feb. 16 
user fee date, might be the first novel biologic approved with a 
distinguishable suffix given that the guidance was finalized more 
than a month earlier.

CAN’T AFFORD TO DELAY APPROVAL …
An FDA spokesman tells the Pink Sheet that Siliq was approved 
without a suffix because the final guidance was issued “at a point in 
our review of the application that did not allow sufficient time for 
FDA to designate a proper name that includes a suffix as described 
in the guidance.”

“In order to avoid delaying the approval of brodalumab and in 
the interest of public health, FDA licensed the biological product 

with a designated proper name that did not include a suffix,” FDA 
says. “We intend to work with the application holder for this bio-
logical product to implement the naming convention described in 
the guidance.”

… BUT WAITING ON OMB?
It also appears that FDA is awaiting Office of Management and 
Budget (OMB) approval of the information collection under the 
final guidance before imposing the suffix requirement for novel 
products. FDA said it “will publish a notice in the Federal Register 
announcing OMB’s decision before implementing the information 
collection provisions of the guidance.”

However, some stakeholders have asked OMB to block the guid-
ance’s implementation because the agency ignored the down-
stream costs of the new naming system. (Also see “FDA’s Burden Es-
timate On Biologic Naming Ignores Downstream Costs, Critics Say” 
- Pink Sheet, 16 Feb, 2017.)

FDA’s Dermatologic and Ophthalmic Drugs Advisory Commit-
tee unanimously recommended brodalumab for approval at a July 
meeting. Panelists were split, however, on whether a potential sui-
cidality signal warranted a mandatory postmarketing registry as 
part of a REMS or a voluntary program outside of a REMS. (Also see 
“Valeant’s Siliq Clears FDA Panel But Faces Prospect Of Post-Market-
ing Registry” - Pink Sheet, 19 Jul, 2016.)

The application’s original user fee goal date was Nov. 16, but Va-
leant announced in its third quarter earnings report that the date 
had been pushed back three months to allow additional time to 
negotiate the REMS. (Also see “Valeant’s Brodalumab Delayed By 
FDA As REMS Is Negotiated” - Pink Sheet, 8 Nov, 2016.)  

Published online February 16, 2017

It appears FDA is awaiting OMB approval 
before imposing the suffix requirement 
for novel products.
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Time For Big Pharma To Take Back Orphan Drugs
MICHAEL MCCAUGHAN  pinkeditor@informa.com

T he story about the approval of 
Marathon Pharmaceuticals LLC’s 
Duchenne Muscular Dystrophy drug 

Emflaza (deflazacort) should be a heart-
warming tale of another success of the Or-
phan Drug Act. 

When the law was enacted more than 
three decades ago, the focus was on prod-
ucts exactly like this one: a decades-old 
drug that appeared to have unique ben-
efits for a rare disease, but where there was 
simply no possible commercial justifica-
tion for a drug company to make even a 
minimal investment to gain approval for 
that use. The entire point of the law was 
to provide incentives for companies to do 
what Marathon has done.

Of course, that most decidedly isn’t 
the story.

Instead, the story is one of outrage over 
perceived abuse of the Orphan Drug Act, 
tied to the price (announced at $89,000 
per year – list, not net). The criticism is so 
intense that Marathon has actually halted 
the launch to regroup and presumably 
consider a lower price. (Also see “Amid Pric-
ing Criticism, Marathon ‘Pausing’ Emflaza 
Launch” - Scrip, 13 Feb, 2017.)

But the damage has already been done. 
Coming on the heels of an intensely and 
surprisingly negative exposé by Kaiser 
Health News and National Public Radio, 
the Emflaza approval feels like a spark that 
will set off a brushfire. It is triggering bipar-
tisan calls to investigate the Orphan Drug 
Act and could in theory lead to rolling back 
a program that has heretofore been treat-
ed as an almost unmitigated success. (Also 
see “Speaking Up For Orphan Drugs” - Pink 
Sheet, 19 Jan, 2017.)

How is it possible that what looks like a 
case study of exactly how the Orphan Drug 
Act is supposed to work has turned out to be 
a trigger for calls to end “abuse” of the law?

The answer is who the sponsor is.
When the Orphan Drug Act was debated 

and enacted, the understandable assump-
tion was that it would be used by Big Phar-
ma companies who would (it was hoped) 

use the tax incentives and market exclusiv-
ity to justify broadening their product lines 
and serve patients with rare diseases.

No one imagined that start-up companies 
would be built around opportunities for or-
phan drugs with goal of delivering the types 
of returns that venture capitalists expect to 
justify a multi-year investment. For that mat-
ter, while the biotech sector existed in 1983, 
no one in Washington knew anything about 
it – nor did anyone imagine that start-up 
companies would become a vital compo-
nent of the drug development ecosystem.

That means that the “success” of the Or-
phan Drug Act has always been more con-
troversial than it seems. The original biotech 
company – Genentech – emerged early on 
as a pioneer in the Orphan Drug space with 
recombinant human growth hormone. And 
it also become embroiled in an early test of 
the limits of the market exclusivity protec-

tion when applied to large molecules.
Amgen Inc., too, relied on the Orphan 

Drug Act as part of the EPO development 
process, and similarly used it to help fend off 
competition. 

And then there was Genzyme Corp., the 
first company built around the idea of de-
veloping orphan products exclusively as a 
business model – and also the first to set 
the “ultra-orphan” price point with Cere-
dase at more than $200,000 per year.

Somewhat forgotten today is the reac-
tion of some of the key sponsors of the Or-
phan Drug Act to its “success” in stimulating 
the biotech sector: people like former Rep. 
Henry Waxman (D-Calif.). He never em-
braced that model, arguing instead that the 
incentive was supposed to induce someone 
to take up an unwanted (“orphan”) develop-
ment project – not to reward the winner in 
a race to what must already be an attractive 

No one imagined that start-up companies would 
be built around opportunities for orphan drugs with 
goal of delivering the types of returns that venture 

capitalists expect to justify a multi-year investment. 
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opportunity on its own.
The good news for the biopharma mod-

el is that Waxman’s concerns never really 
took hold, and today there still appears to 
be a great deal of support for the idea that 
innovative therapies for ultra-rare diseases 
are entitled to extremely high price points.

It is worth noting that the first drug ap-
proved for DMD – Sarepta Therapeutics 
Inc.’s Exondys 51 – is far more expensive than 
Emflaza despite what can only be described 
as minimal evidence of efficacy. Payers are 
pushing back on covering the drug based 
on the questions about its efficacy – but 
there hasn’t been the same political outrage 
about the price. Exondys is supposed to be a 
disease modifying therapy; it is undeniably 
innovative and specifically engineered for 
the rare disease. At the moment, at least, no 
one is arguing that $300,000 price tags are 
inherently wrong in that context. 

The outrage over Emflaza is tied more to 
the belief that it is not innovative. In other 
words, we are back to the paradox that is ex-
actly the type of development project that 
the Orphan Drug Act contemplated. It just 
isn’t the right developer. 

To be clear, Emflaza is not a repeat of the 
Turing “repricing” model with Daraprim. In 
that case, the drug was already approved 
for the orphan indication, and Turing ac-
quired it and raised the price. Daflazacort 
is widely marketed overseas and used by 
some US patients who source it interna-
tionally, but it has not previously been ap-
proved here for any use.

Thus, it is more analogous to the Makena 
situation, where patients (and payers) per-
ceive an existing price –pegged at about 
$1,000 for Emflaza – and thus react to what 
feels like a massive price increase. Makena 
was widely used in non-FDA approved 
pharmacy-compounded versions at about 
$50 per dose before KV Pharmaceutical re-
ceived formal approval – and triggered out-
rage with a price of $1,500 per injection. (KV 
ultimately filed for bankruptcy when FDA 
declined to force compounders out of the 
market, and the drug is now sold by AMAG.)

Perhaps an even more relevant example 
is Ovation Pharma’s Xenazine, a drug mar-
keted for decades overseas as an antipsy-
chotic but then developed in the US for 
Huntington’s chorea – and launched a de-

cade ago at a price of $30,000-$50,000 per 
year. Ovation was then acquired by Lund-
beck – and most of the management team 
went on to found Marathon.

Clearly a lot has changed in the decade 
since Xenazine was launched. 

One thing that hasn’t changed is the re-
ality that start-up companies have to set 
prices “too high” for orphan programs or 
they have no viable business model.

There is plenty of room to debate how 
much Marathon truly invested in Emflaza, 
but that is beside the point. There is no way 
for a start-up firm to raise capital if its busi-
ness model is to sell deflazacort at the cur-
rent price ($1,000) for 3,000 DMD patients. 
Even at $10,000 per patient and assuming 
100% market penetration, that is $30 mil-
lion dollars per year – before any discounts, 
donations, patient support, etc. Oh, and no 
hope of a lifespan that exceeds the seven-
year orphan exclusivity. 

Good luck getting VC money for that.
The return on investment calculation 

seems even harder for a Big Pharma com-
pany. While pharma R&D investments 
may be possible with a lower rate of re-
turn than a VC might expect, most or-
phan drug ideas are simply too small to 
merit consideration, no matter what the 
projected RoI. A $30 million brand just 
doesn’t make a difference for a company 
like Pfizer, even if it is extremely profit-
able. So it is understandable that Big 
Pharma companies haven’t been able to 
justify investing in $30 million brands that 
probably won’t be profitable.

But that is what can and should change.
The industry had some success in paint-

ing Turing as an outlier, but each new case 
strikes closer to home – and it doesn’t help 
that Marathon (unlike Turing) is a member of 
the Pharmaceutical Research and Manufac-
turers of America trade association.

While the calls to investigate Marathon 
are focusing on alleged abuse of the Or-
phan Drug Act, the real threat is to launch 
pricing in the US. With a Republican presi-
dent calling for price negotiation and the 
dynamics of the federal role in health care 
in a state of unprecedented flux, the phar-
maceutical industry simply cannot afford 
to be painted as selling $90,000 steroids.

This is an existential crisis, and (at least for 
now) the Marathon business model is the 
threat. Somehow, that has to become a fac-
tor in the industry’s RoI calculation.

Big Pharma needs to embrace the spir-
it of the Orphan Drug Act and routinely 
develop products like deflazacort (sold 
overseas by Sanofi) and Xenazine (first 
marketed in Europe by Roche). In do-
ing so, the Marathon model goes away: 
if there are no old brand castoffs, there 
won’t be start-ups that seek to make prof-
its from marketing them as orphan drugs. 

Imagine the difference if the headlines 
were about Sanofi launching deflazacort 
in the U.S. at the existing $1,000 price. 
The headlines would be about putting 
patients before profits – not outrage at 
pricing abuses.

That good PR isn’t easy to put in an RoI 
calculation to be sure. But avoiding the 
consequences of letting the outrage turn 
into draconian policy is an important, valu-
able outcome.

Oh, and one other point: When Amgen 
was originally developing the “orphan” 
drug EPO, the company entered into a li-
censing agreement with J&J. The shared as-
sumption was that the peak market would 
be about $30 million (still enough for J&J 
to consider worthwhile in the 1980s, but 
just barely). That estimate turned out to 
be off by two orders of magnitude, and it 
is hard to imagine where J&J would be in 
pharma without Procrit.

Sometimes doing the right thing turns 
out to be great investment.  

From the editors of the RPM Report.  
Published online February 15, 2017

While the calls to 
investigate Marathon are 
focusing on alleged abuse 
of the Orphan Drug Act, 
the real threat is to launch 
pricing in the US.
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Sentinel May Expand To Generic Equivalence Studies
DERRICK GINGERY  derrick.gingery@informa.com

The US FDA’s Sentinel system eventually may grow to help 
assess generic drug equivalence and improve its ability to 
find safety problems.

Sentinel has commissioned researchers to develop a tool to 
characterize product utilization and switching patterns, including 
between brand drugs and generics. The tool will capture switching 
at the manufacturer level based on the drug NDC code and “could 
be used to conduct rapid population-based assessments on new 
generic products in the future,” according to the project goals.

It also will help determine whether Sentinel and its Sentinel 
Distributed Database can support investigations of potential new 
safety issues related to manufacturer-level switching of the same 
product, according to the project description.

The project potentially could “provide population-based evi-
dence to support equivalence for approved drug products.” It also 
could add to FDA findings on postmarketing bioequivalence stud-
ies and the agency’s look at formulations or pharmacokinetics/
pharmacodynamics (PK/PD) when generics are found to be higher 
risk or non-equivalent.

FDA said Sentinel’s role in postmarketing assessments for gener-
ics has yet to be defined.

“The overall role of Sentinel is still being assessed in the broader 
context of all the available tools available to FDA for postapproval 
monitoring of generic drugs,” the agency told the Pink Sheet. “The 
results of this Sentinel methods project, and others outside the 
Sentinel system, should advance that understanding.”

MOVING BEYOND DRUG SAFETY RESEARCH
Sentinel, the database of millions of insurance claims that FDA has 
used for several years to research potential drug safety problems, 
has been employed to explore switching between brands and ge-
nerics, but more research is needed to determine whether product 
switching can be used to detect safety signals.

The system was not able to determine how long a patient stayed 
on a product before switching. Data also were not sufficient to 
identify generic drug relabelers and repackagers, as well as autho-
rized generics for manufacturer tracking.

The project is the latest in a string of ideas for expanding Senti-
nel’s use beyond drug safety research.

Including generics would seem to dovetail with a Center for 
Drug Evaluation and Research plan to use Sentinel to conduct 
postmarketing studies of drug effectiveness in addition to safety 
surveillance.

Guardian, unveiled in 2016, is intended to help FDA better un-
derstand real-world use of drugs through a method that is cheaper 
than independent epidemiological studies. (Also see “FDA Aims 
To Tap Sentinel Data Network For Drug Effectiveness Studies” - Pink 
Sheet, 8 Feb, 2016.)

FDA also wants to use Sentinel to find patients that may need 

to take anticoagulants, but are not. (Also see “Sentinel’s “IMPACT” 
Beyond Safety: Anti-Coagulant Study Is Early Test” - Pink Sheet, 10 
Mar, 2016.) Industry would like to see studies performed in the sys-
tem that can serve as postmarketing requirements. (Also see “Sen-
tinel Offers Drug Firms ‘Unique’ Venue For Post-Market Studies, Pfizer 
Says” - Pink Sheet, 5 Feb, 2017.)

Sponsors may not like it, but the new tool could allow generic 
sponsors to gain a better handle of their postmarketing safety 
tracking and, in the process, make a stronger case for the proposed 
generic labeling rule. That may depend on industry gaining access 
to Sentinel, which FDA piloted in 2015. (Also see “Reagan-Udall, 
Pfizer Testing Ways To Tap Sentinel Network Without FDA” - Pink 
Sheet, 15 May, 2015.)

The now-stalled proposed rule would allow generic sponsors to 
make unilateral changes to their labels before receiving FDA ap-
proval. However, industry is opposed to the idea, in part, because 
of the burden it could put on generic companies. (Also see “Generic 
Labeling Rule Becomes Statistical Battle As Public Meeting Looms” - 
Pink Sheet, 26 Mar, 2015.)

HYPERTENSION, SEIZURE DRUGS ARE TOOL’S  
USE CASES
To develop the Sentinel tool for generic drug assessments, re-
searchers will use data on AstraZeneca PLC’s beta blocker Toprol 
XL (metoprolol ER), used to treat hypertension, heart failure and 
angina pectoris, and GlaxoSmithKline PLC’s anticonvulsant Lamic-
tal XR (lamotrigine ER), which is used to treat seizure.

There are six Toprol XL generics on the market, yet the reference 
drug still maintains a relatively high market share – it was 10% in 
2015. Among the reasons may be that between 2008 and 2014, 

11

FDA’s Sentinel Initiative — 
A National Strategy for Monitoring 

Medical Product Safety

Melissa Robb
Project Director, Sentinel Initiative 
US Food and Drug Administration

“ The overall role of Sentinel is still being 
assessed in the broader context of all 
the available tools available to FDA for 
postapproval monitoring of generic 
drugs,” the agency said.
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several manufacturers recalled their generics because of quality 
failures, according to the project description.

FDA did not find a safety signal in the wake of reports of a lack of ef-
ficacy among the generic versions. In 2014, an outside research proj-
ect was commissioned to study the PK/PD relationship of the differ-
ent products. (Also see “FDA Bioequivalence Study On Metoprolol Shows 
Emerging Generic Investigation Strategy” - Pink Sheet, 7 May, 2014.)

Seven Lamictal XR generics are available and some were includ-
ed in multiple bioequivalence studies after the American Epilepsy 
Society raised questions about whether immediate-release gener-
ics could be substituted for the brand. FDA’s Office of Generic Drugs 
(OGD) found the brand and generic immediate-release products 
were equivalent; another study of the extended-release formula-
tions is ongoing. (Also see “FDA Generics Research Forges Ahead Af-
ter Agency’s Bupropion Mea Culpa” - Pink Sheet, 10 Dec, 2012.)

If successful, the Sentinel tool could be used by FDA to conduct 
rapid data queries in the wake of concerns about generic products. 
Switching patterns also could be used as a proxy to find potential 

bioequivalence issues or as an indicator of safety 
and effectiveness concerns, according to the 
product description.

Researchers expect to find switching at 
points where quality problems emerged, such 
as between September 2008 and January 2009, 
when Sandoz Inc. and Ethex Corp. recalled 
their metoprol ER generics.

They also expect switching rates to increase 

because of negative perceptions of generic antiepileptic drugs.
“Higher rates of switch-back may be observed for the first gener-

ic lamotrigine [modified release] product because many patients 
on the brand-name version will incur automatic substitution at the 
time of approval of the first generic and may have negative percep-
tions of generic [antiepileptic drugs],” the researchers wrote. “We 
expect to observe similar switch-back rates for the different ge-
neric products among patients who initiate the brand-name and 
subsequently switch to a generic product.”

ANOTHER STEP TO SMOOTHING COMPLEX 
GENERICS PATHWAY
OGD is particularly interested in modified-release formulations, in part 
because the products pose a higher risk of equivalence issues and are 
tougher to manufacture, according to the project description.

The agency also wants to help sponsors find development paths 
for many of the products. Sponsors regularly take multiple review 
cycles to gain approval of simpler generic applications. (Also see 
“ANDA Approval Speed-Up Leaves Sponsors With Less Margin For Er-
ror” - Pink Sheet, 30 May, 2016.)

As part of the generic drug user fee program renewal expected 
to launch Oct. 1, the agency will offer pre-submission meetings 
with its staff for sponsors to receive advice for complex generic ap-
plications. (Also see “Complex ANDAs To Be Allowed Pre-Submission 
Product Meetings” - Pink Sheet, 24 Oct, 2016.)  

Published online February 15, 2017

FDA’s NDA And BLA Approvals: Siliq
Below are FDA’s original approvals of NDAs and BLAs issued in the past week. Please see key below chart for a guide to frequently  
used abbreviations

SPONSOR PRODUCT INDICATION CODE APPROVAL DATE

New Drugs

Valeant Siliq (brodalumab) Treatment of moderate to severe plaque psoriasis in 
adult patients who are candidates for systemic therapy or 
phototherapy and have failed to respond or have lost  
response to other systemic therapies

2/15/2017

KEY TO ABBREVIATIONS

Review Classifications NDA Chemical Types

P: Priority review  
S: Standard review  
O: Orphan Drug

1: New molecular entity (NME); 2: New active ingredient; 3: New dosage form;  
4: New Combination; 5: New formulation or new manufacturer; 6: New indication;  
7: Drug already marketed without an approved NDA; 8: OTC (over-the-counter) switch;  
9: New indication submitted as distinct NDA – consolidated with original NDA;  
10: New indication submitted as distinct NDA – not consolidated with original NDA

N E W  P R O D U C T S

BE ALERT
Visit our website at

https://pink.
pharmamedtechbi.

com/
to sign up for daily 

email alerts.

https://pink.pharmamedtechbi.com
https://pink.pharmamedtechbi.com
https://pink.pharmamedtechbi.com
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Biotech Firms Struggle To Replicate Analytical Methods 
For Commercial Use
JOANNE EGLOVITCH  joanne.eglovitch@informa.com

As the fruit of biopharmaceutical re-
search and development multiplies 
in commercial manufacturing facili-

ties, it is putting a strain on the teams that 
devise the analytical methods for making 
sure what they launch commercially match-
es what’s been approved for marketing.

Biopharmaceutical officials spoke at the 
recent CMC Strategy Forum in Washington 
sponsored by the California Separation Sci-
ence Society about some of the challenges 
in designing effective analytical method 
transfers and instituting successful switches.

Julie Frost of Amgen said that new busi-
ness drivers mean an unprecedented level 
of method transfer activity. “It has been a 
very active time for method transfers at 
our company. I believe that our program at 
Amgen has matured quite a bit.”

She said that method transfers need 
to be efficient and nimble enough to 
support global transfers while also mini-
mizing risks of high invalid rates and 
unexpected results. “There are balances 
required for balance transfer. It is getting 
faster and faster and this is a good thing 
for patients. Our analytical teams, they 
also have to keep pace. Our organiza-

tion also has to stay as lean as possible. 
We have to optimize our method transfer 
program as much as possible.”

Consultant Nadine Ritter said that an-
other challenge is the tremendous diver-
sity in large-molecule products and the 
myriad testing approaches. She said that 
“even two monoclonal antibodies do not 
perform the same way and no two tech-
niques will have the same performance.” 
There are 16 lot release tests for monoclo-
nal antibodies – 18 for vaccines and gene 
therapy products.

The majority of the tech transfers are 
from research and development to com-
mercial laboratories, yet there are also site 
transfers following mergers and acquisi-
tions and transfers from quality control 
labs to contract labs.

MORE TRANSFERS MEAN  
MORE TESTS
Gregory Frazier, a senior principal scientist 
for Pfizer in Chesterfield, Mo., illustrated 
the magnitude of work involved in ana-
lytical transfers. He said that in 2016, Pfizer 
transferred 125 late-stage method valida-
tions and transfers from research and de-

velopment to commercial labs. Pfizer also 
completed 9,000 analytical tests for late-
stage projects.

Frazier said that in some cases transfers 
can be simple when moved to local sites; 
for example, for moves from a research 
and development site in Chesterfield, Mo., 
to a receiving lab in Andover, Mass. The dif-
ficulty increases if the commercial site is 
overseas and becomes even greater when 
the method is transferred to contract man-
ufacturing organizations.

Frazier said that in planning a tech trans-
fer to a commercial site, manufacturers 
should allow up to 12 months for a full 
validation of an entire analytical set for a 
monoclonal antibody. He said that vac-
cines may take significantly longer and 
face more resource constraints depend-
ing on the number of testing approaches 
used. He said that Pfizer is able to meet 
these timelines 90% of the time.

He added that it is important to have a 
transfer plan, and that a successful transfer 
begins with the validation.

Frazier said that different instruments at 
the receiving lab, lack of analyst experience, 
lack of consistent data management sys-
tems and lack of the latest technology can 
all complicate analytical method transfers.

ELI LILLY REP DISCUSSES 
CHALLENGES
Dawn Sailer of Eli Lilly described in more de-
tail how equipment problems, language is-
sues and inadequate qualification of equip-
ment can stymie some of these transfers.

In one case Lilly transferred a polypep-
tide to a commercial site. Because of trans-
lation problems, the training manuals were 
not understood. A translated manual was 
used at the receiving lab to ensure that ev-
eryone understood the manuals.

Another case involved a fusion protein 
that failed acceptance criteria after trans-
fer. An investigation revealed that polypro-
pylene was leaching from the tube gasket. 

M A N U FA C T U R I N G  Q U A L I T Y
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The firm shifted to a glass gasket and the 
protein passed acceptance tests.

Another problem was observed in trans-
ferring bioassays where cells were not grow-
ing as expected. The root cause: the auto-
matic cell counter was not appropriately 
qualified. The vendor came in and requested 
that the lab implement a daily qualification 
check, and the problem was corrected.

In another case a monoclonal antibody 
failed a transfer. An investigation found that 
the electronic multi-channel pipette was be-
ing used in the multi-dispense mode, which 
resulted in the first dispense always being 
higher. The precision and accuracy of the 
pipette in the multi-dispense mode was not 
confirmed in routine calibration. As part of 
a corrective action, the pipette was returned 
to the vendor and a manual multi-channel 
pipette was obtained. The product was re-
tested and it met the acceptance criteria.

One of her lessons learned from these 
case studies is that manufacturers need to 
ensure that equipment is fit for purpose. 
“Just because someone says the equip-
ment is qualified does not mean it is fit for 
its intended use. Don’t assume that vendor 
knowledge is the same around the world.”

Another point she made is the impor-
tance of having a “really good working 
relationship with your vendors and do not 
assume that vendors are the same across 
the world.”

RISK-BASED APPROACH URGED
Ramesh Potla of FDA’s Center for Drug Evalu-
ation and Research said that to avoid prob-
lems in transferring methods, manufacturers 
need to take a risk-based approach to “de-
termine the totality of evidence needed to 
demonstrate a successful method transfer.”

Potla said that some of the factors to con-
sider in the risk-based analysis include: the 
type of method being transferred, for ex-
ample whether it is qualitative or quantita-
tive; the method’s intended use, for example 
whether it is being used to test identity, pu-
rity or potency; the method’s capability; and 
the past performance of the method.

He said that there is no FDA guidance 
document that focuses on the use of risk 
assessments in analytical method trans-
fers. His remarks were drawn from the 
publicly available literature on the use of 

risk assessment in analytical transfers.
Potla said that four approaches should 

be taken in transferring analytical meth-
ods, and that these methods are drawn 
from the US Pharmacopeia Chapter 
<1224> “Transfer of Analytical Procedures.” 
These approaches include:

 • Comparative testing: Both the origi-
nating and receiving labs participate in 
the initial method transfer exercise.

 • Co-validation: The receiving lab par-
ticipates in the initial method valida-
tion activities.

 • Method validation or revalidation: 
Complete or partial validation is per-
formed by the receiving lab.

 • Transfer waiver: The transfer protocol 
may be omitted under certain circum-
stances. In such instances, the receiv-
ing unit is considered to be qualified 
to use the analytical test procedures 
without comparison data. Potla said 
that this approach is not applicable  
to non-compendial analytical test 
methods for biologics.

Potla said that the purpose of the meth-
od transfer is to demonstrate that the 
performance of the method is similar be-
tween the sending and receiving lab. The 
sponsor should compare the results from 
samples tested during the revalidation 
at the receiving lab with data generated 
at the sending lab to ensure a consistent 
measure of product quality attributes at 
both test sites.

TRANSFER PROTOCOLS NEEDED
Alfred Del Grosso of FDA’s Center for Bio-
logics Evaluation and Research said that 
an essential aspect of the transfer process 
is having a transfer protocol, which should 
be developed with the involvement of the 
originating and receiving lab. Elements 
of transfer protocols are also spelled out 
in USP <1224>. The chapter says that the 
roles and responsibilities should be clearly 
defined as should the transfer study design, 
the number of samples, the parameters to 
be evaluated, and the acceptance criteria.

The components of the transfer protocol 
include the equipment and instruments 

used in the transfer, the differences be-
tween labs, and any procedure modifica-
tions. It also calls for a description of the 
reference standards used and the accep-
tance criteria.

The protocols must also address the 
level of involvement of the originating and 
receiving labs, the roles and responsibili-
ties of staff, the transfer study design, the 
number of samples, the parameter to be 
evaluated, and the acceptance criteria.

It also must include the procedures for 
deviation policy and reporting and any 
unanticipated changes in protocols and 
the failure to meet criteria. It also must 
address the equipment and the reference 
standards used.

Del Grosso said that the USP chapter can 
be used by biologics manufacturers even 
though it only covers compendial drug 
products. He said that “very few biological 
products have monographs in the USP so 
it does not have the legal status that is has 
for small molecule products.”

FDA’S 2015 GUIDANCE 
ADDRESSES METHOD TRANSFERS
Potla said that manufacturers can also refer 
to FDA’s guidance on analytical procedures 
validation to get some pointers on analyti-
cal transfers. There is a small section in the 
guidance on “analytical method transfer 
studies” that addresses method transfers.

The guidance document, issued in 2015, 
is titled “Analytical Procedures and Methods 
Validation for Drugs and Biologics.” It covers 
how to support analytical methods for new 
drug applications, abbreviated new drug 
applications and biologics license applica-
tions. The revised guidance supersedes a 
former draft published in February 2014.

It states that “analytical method transfer 
is typically managed under a transfer proto-
col that details the parameters to be evalu-
ated in addition to the predetermined ac-
ceptance criteria that will be applied to the 
results. Transfer studies usually involve two 
or more laboratories or sites (originating 
lab and receiving labs) executing the preap-
proval transfer protocols.”

It also states that a sufficient number of 
representative samples should be used in-
cluding forced degradation samples or sam-
ples containing product-related impurities.

M A N U FA C T U R I N G  Q U A L I T Y
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Potla said that the Parenteral Drug Asso-
ciation Technical Report 57 also offers guid-
ance on which types of methods should be 
used to analyze certain performance char-
acteristics. For example, identity methods 
should be used to measure system suit-
ability, specificity and qualitative composi-
tion. The report is titled “Analytical Method 
Validation and Transfer for Biotechnology 
Products” and was issued in 2012.

Potla said that there is not universal expec-
tation on the number of lots needed to show 
a successful transfer, and this depends on the 
intended use of the analytical method.

Yet he said that for a method transfer ex-
ercise, evaluation of multiple replicates from 
one lot is usually enough to demonstrate 
that a method has been successfully trans-
ferred. Also at a minimum two analysts at 
the receiving lab should perform the tests.

USP AND PDA NOT OFFICIAL 
GUIDANCE
Officials at the meeting said that the com-
plex issues raised in these transfers war-
rants greater FDA attention on the subject.

Consultant Julia O’Neill of Tunnell Con-
sulting, who was moderating the session, 
asked Potla at the conclusion of his presen-
tation whether FDA has any intentions of 
issuing guidance on the topic.

Ritter said that updated guidance is 
needed. One of the most useful guidance 
documents published on analytical meth-
od transfers that she still uses is a 19-year 
old document by FDA called “Guidance for 
Industry: PAC-ATLS: Postapproval Chang-
es: Analytical Testing Laboratory Sites.” This 
was issued in 1998.

She told the Pink Sheet in an email that 
“both USP and PDA have their perspec-
tives for best practice information on 
method tech transfers, which can be quite 
useful when designing a method transfer 
for any kind of pharmaceutical product. 
But neither of these are official regulatory 
guidance for biotech/biologic/biosimilar 
product test methods.”

Yet Ritter said that “regardless of what 
is used for guidance, FDA retains the right 
to judge each method tech transfer study 
on its own merits, based on the suitability 
of the exercise to provide adequate data 
based on the type of technology used, the 

nature of the product being tested and the 
parameters being measured by the meth-
od, for example identify, purity, potency 
and stability, and where appropriate, the 
differences in lab operations between the 
sending and the receiving lab.”

MOPPING UP MISTAKES
Ritter also described some of the complexi-
ties involved in transferring analytical meth-
ods for biological products, and said that as a 
consultant, she is asked to either design the 
transfers or “mop up after people have made 
mistakes.” Because of these complexities, a 
“one-size fits all approach” will not work.

She said that transferring analytical 
methods from one laboratory to another 
involves one of three possible scenarios:

 • An exact replication of the validated 
method with identical systems; which 
is very rare;

 • Implementation of validated methods 
with similar systems; the most com-
mon type of transfer; and 

 • Adaptation of the validated method to 
new instrument systems.

Ritter said that a fundamental question 
that needs to be asked when doing a tech 
transfer is “where is it coming from and 
where is it going to? Are you working with 
a lab that wants to be unique or is it the 
lab’s mission to be consistent and reliable 
with what they do?”

In order to do a successful transfer, spon-
sors should define the key procedural ele-
ment of the method. For example, what 
type of technology forms the basis of the 
method? Is the basis of the technology 
spectroscopy or chromatography? What 
instrument is used in the method? Is it a 
spectrometer or HPLC?

Manufacturers should also define the 
complete intended uses of the transferred 
method. For example, which type of mate-
rial will be analyzed with this method? Will 
the material be raw material, intermediate, 
bulk or finished product?

Ritter said that the method technology 
transfer protocol should include all of the 
intended sample types, including drug 
substance, drug product and intermedi-
ates. It should also include upstream sam-

ples and spiked samples, as well as aged 
samples from ICH stability pull points.

The amount of data needed such as 
the number of samples and the number 
of runs depends on the type of assay, the 
product specification requirements and 
the stage of development such as pre- and 
post-approval. Also the degree of statisti-
cal analyses will depend upon the type of 
assay and the specifications for the meth-
od’s intended use.

In the transfer technology testing, the 
following points should be considered:

 • All transfer test samples should be split 
and analyzed side by side in each lab;

 • Transfer data should be compared 
within, and not between sample types;

 • Comparing new data from the recipi-
ent lab to historical data may not be 
suitable to assess method perfor-
mance; for example, the age and con-
dition of test samples can change over 
time even if stored frozen; and

 • Method performance acceptance cri-
teria should not be tighter between 
sending and recipient labs than within 
sending labs.

FROM ‘POMME FRITES’ TO 
FRENCH FRIES
Ritter said that that the end goal of a suc-
cessful tech transfer is to be able to ensure 
that products tested at receiving sites are 
identical to those at the sending sites and 
that test results can be replicated. A mea-
sure of success is whether a product pro-
duced in a research lab can be produced 
on a mass scale that will not compromise 
safety or efficacy.

She compared analytical methods to 
recipes. They should be robust enough not 
only for creating a ‘pomme frite’ in a Julia 
Child kitchen, but also for replicating mass 
quantities of French fries at McDonald’s 
restaurants everywhere. “That might be 
a very elegant recipe but when it comes 
down to being able to serve that to mil-
lions of people a day then it has to have a 
lot more consistency in it.”  

From the editors of the Gold Sheet.  
Published online February 14, 2017
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Biological Quality In The Spotlight As UK MHRA 
Consults On Standard-Setting
IAN SCHOFIELD  ian.schofield@informa.com

T he UK Medicines and Healthcare prod-
ucts Regulatory Agency is in the midst 
of a consultation that it hopes will elicit 

some solid stakeholder input into a proposed 
strategy for reviewing existing quality stan-
dards for biological medicines and determin-
ing the need for new and revised standards. 

Stakeholders have been asked to give their 
opinions on a range of issues, such as what they 
see as the biggest opportunities and challenges 
for biological medicines over the coming five 
years, whether there are any unmet needs in 
terms of standards for new drugs, how quality 
standards can facilitate innovation across the 
product lifecycle, and how the MHRA can work with stakeholders to 
develop the most appropriate standards in future.

The agency said the move was part of broader efforts to help manu-
facturers make use of new and innovative tools, including the Early Ac-
cess to Medicines Scheme and the activities of the MHRA’s Innovation 
Office, and that the strategy would also support cross-government 
and industry initiatives like the Strategy for UK Life Sciences and the 
Advanced Therapies Manufacturing Action Plan.

It said it hoped to be an “early adopter and driver of new and in-
novative approaches in standards-setting for biological medicines,” 
which will be of increasing importance in the healthcare landscape as 
many more biologicals, including advanced therapy medicinal prod-
ucts (ATMPs), become available and account for a larger proportion 
of healthcare spending.

Biological standards come in both documentary and physical form, 
and are used to ensure the quality of biological medicines. The docu-
mentary standards are written descriptions of the quality require-
ments that drugs have to meet, and in the UK they are published by 
the British Pharmacopoeia, which is part of the MHRA.

Physical standards are materials used as benchmarks in scientific 
tests used to demonstrate those quality requirements, and are pro-
duced by the National Institute for Biological Standards and Control, 
with which the MHRA merged in 2013.

Christian Schneider, director of the NIBSC, said a central element 
of the institute’s mission was to “promote international standardiza-
tion and harmonization to assure the safety and efficacy of biological 
medicines. The successful merger with the Medicines and Healthcare 
products Regulatory Agency in 2013 has created important syner-
gies, continuing our global leadership in this field.”

Part of the proposed strategy is to bring together the combined 
expertise of the regulatory, biological and standard setting functions 
of the MHRA “to ensure we continue to remain at the forefront of the 
development of biological quality standards” in the UK and at interna-

tional level, according to the agency.
It plans to review the current approach taken 

for developing quality standards for biologicals 
over the next five years. “We want to ensure that 
our pharmacopoeial standards are fit for the fu-
ture and, really importantly, that they enable in-
novation,” Samantha Atkinson, scientific director 
of the British Pharmacopoeia, told the Pink Sheet. 
“This whole process is a fact-finding activity to 
see what others think and get their opinions on 
what biological standards could look like.”

She said the MHRA wanted “to be innovative 
and to enable innovation, at the same time as 
promoting and contributing to quality and safe-

ty. It is about moving with the times and adapting, and we are able 
to do that.”

The agency was keen to stress that it would be working closely 
with its stakeholders, including the biopharmaceutical industry, on 
establishing the pharmacopoeial standards, as well as building up its 
own knowledge of biological manufacturing processes by working 
with industry and other partners to “increase mutual understanding 
of challenges in the control of biological quality and the develop-
ment of pilot projects to explore potential solutions.”

Atkinson said the agency already had “a very good relationship 
with all the different stakeholders that we work and collaborate with, 
both nationally and internationally, and that is across the regulatory 
arena but also across the industry, including the biopharmaceutical 
network. This consultation demonstrates exactly our commitment to 
this sort of work and to stakeholder engagement.”

She said the MHRA worked with all its counterparts around the 
globe “because we have a global supply chain, and for these things 
to move forward we need contributions from representatives across 
the regulatory and industry landscapes. That is why we are very keen 
to obtain feedback from all of the different stakeholders.”

The consultation ends on April 10. Once it is complete, Atkinson 
said, the MHRA will look at the various responses and feedback and 
then publish the outcome and consider the way forward. “A key as-
pect of this will be to consider how the standards will look in the future 
and the process for developing them. One thing that is absolutely key 
is that we will be working with our stakeholders very closely,” she said, 
adding: “We are already getting a significant amount of engagement 
and arranging a number of meetings, so it has been very positive.”

Stakeholders wishing to comment or ask questions can contact 
BiolStandards@mhra.gsi.gov.uk.  

From the editors of Scrip Regulatory Affairs. Published online 
February 14, 2017

“We want to ensure that 
our pharmacopoeial 

standards are fit for the 
future and that they 
enable innovation”

– Samantha Atkinson, 
scientific director of the 
British Pharmacopoeia
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Alexion Battles UK, Retreats From France Over Kanuma Price
LUCIE ELLIS  lucie.ellis@informa.com

Alexion Pharmaceuticals Inc.’s rare 
disease drug Kanuma (sebelipase 
alfa), approved for the treatment of 

infants, children and adults with lysosomal 
acid lipase deficiency (LAL-D), has been re-
jected by health technology appraisal body 
NICE for use on the National Health Service 
in England and Wales because of its high 
price tag, reportedly reaching £500,000 per 
patient. The case marks another example of 
the continuing void between pharma and 
payers when it comes to pricing and reim-
bursement of orphan therapies.

NICE said in its Feb. 15 final draft guidance 
that its committee recognizes Kanuma is a 
potentially life-saving treatment in this pa-
tient population and that there is a compel-
ling clinical need for the drug. However, the 
committee said even with Alexion offering 
a price discount and cost cap, “the cost of 
sebelipase alfa is exceptionally high and is 
too high to be considered value for money 
in the context of uncertainties about the po-
tential long-term benefits of treatment.”

Alexion has been outspoken against 
NICE’s decision, calling the guidance not to 
recommend Kanuma for the treatment of 
patients with LAL-D an “injustice to patients”. 
The company said NICE’s decision is based 
on “arbitrary cost-effectiveness measures”.

“This decision, if not reversed, could result 
in devastating consequences for patients in 
England with LAL-D who may face signifi-
cant suffering, multi-organ damage and po-
tential premature death,” Alexion said. “Once 
again, the UK lags behind other countries 
in funding medicines for patients suffering 
from rare and ultra-rare diseases with lim-
ited treatment options.”

Kanuma, the first product approved for 
LAL-D, received market authorization by the 
European Medicines Agency in September 
2015 following an accelerated assessment.

‘BIASED’ PRICING SYSTEMS
Alexion told the Pink Sheet that current 
cost-effectiveness models and restricted 
cost-per-QALY (quality-adjusted life year) 
thresholds significantly impact access to 

innovative and life-saving treatments for 
patients with rare and ultra-rare diseases. 
“Cost-effectiveness assessments, measured 
through QALY weightings and scorings, are 
inherently biased against orphan/ultra-or-
phan drugs and other high-cost therapies, 
bringing into question current assessment 
processes and the future for patients with 
rare diseases in urgent need of treatment,” 
the Connecticut, US-based company said. 

Germany recently struck a deal with 
Alexion and is the first European market to 
conclude the reimbursement process for 
Kanuma, from those countries that require 
a funding process. Alexion has reportedly 
pulled out of France with Kanuma for the 
time being because of issues with the coun-
try’s HTA body, Haute Autorité de Santé. The 
main issues in France was not pricing like in 
England and Wales, but immature data and 
the fact approval for the drug was based on 
a surrogate endpoint only and short follow 
up, with 12-month survival follow-up avail-
able for only nine patients.

Alexion said that in England the com-
pany will now evaluate all potential proce-
dural and other options available so that 
patients with LAL-D in England can have 
access to Kanuma.

But Tijana Ignjatovic, lead analyst for 
market access at Datamonitor Healthcare, 
warned that companies developing thera-
pies for ultra-rare diseases “need to engage 
early and be very creative in the way they 
develop managed entry agreements.”

She recommends drug developers start 
at a price that is reasonable for the payer 
and then define under what conditions 
(i.e. what exact patient outcome at a given 
follow-up period) a new pre-agreed price 
can be achieved. From her experience and 
discussions with payers Ignjatovic believes 
reimbursement bodies in Europe are more 
open to this type of managed entry agree-
ment when the future prices and mile-
stones for price increases are clearly defined 
and agreed at the start.
LAL-D is an inherited autosomal recessive 
lysosomal storage disorder that causes 

abnormal accumulation of lipids, mainly 
in the gastrointestinal, hepatic and cardio-
vascular systems. The prevalence of LAL-D 
in England is unknown but the estimated 
incidence of LAL deficiency is 1 in 500,000 
to 1 in 1,000,000 in children presenting in 
infancy and 1 in 40,000 to 1 in 300,000 in 
those presenting in childhood or adult-
hood. Alexion estimates only a handful 
of babies will require treatment for LAL-D 
each year in any European country.

The company said it works country by 
country to obtain funding agreements for 
its ultra-rare diseases products. “We have a 
history of successfully working with gov-
ernments and private payers in 50 coun-
tries to ensure that patients have access 
to high value ultra-orphan therapies, and 
we are committed to doing the same for 
Kanuma,”Alexion said. The firm has pro-
posed strategies to manage the short- and 
long-term costs of Kanuma; and has also 
agreed to a consensus Managed Access 
Agreement (MAA), which was developed 
jointly by Alexion, patient organizations 
and treating physicians who are experts 
in the diagnosis and management of LAL-
D, including the world’s leading expert in 
the management of infant-onset disease. 
“This consensus agreement identified the 
patients with the greatest clinical need for 
treatment with Kanuma,” Alexion said.

In the meantime, the firm is sticking to its 
guns on the high cost for Kanuma: “Given 
the small number of patients who suffer 
from ultra-rare diseases, the budget impact 
for any single payer or government is lim-
ited,” the company said.

Alexion also faced trouble with pric-
ing bodies in Europe over its blockbuster 
drug Soliris (eculizumab), which is used in 
patients with paroxysmal nocturnal he-
moglobinuria (PNH). In March 2016 the 
Dutch National Healthcare Institute (ZINL) 
reversed its reimbursement decision for 
the orphan drug, citing a poor cost-effec-
tiveness ratio.  

Published online February 16, 2017

M A R K E T  A C C E S S

pink.pharmamedtechbi.com
mailto:lucie.ellis@informa.com


16   |   Pink Sheet   |   February 20, 2017 © Informa UK Ltd 2017

Value-Based Contracts:  
Relief From Regulatory Barriers In Sight?
CATHY KELLY  catherine.kelly@informa.com

T he Trump Administration has signaled a willingness to en-
tertain arguments for removing the regulatory obstacles 
hampering the execution of value-based contracts for 

pharmaceuticals, Novartis AG CEO Joseph Jimenez said during a 
Duke Margolis Center for Health Policy workshop Feb. 9.

Jimenez was referring to FDA restrictions on communications 
between manufacturers and payers, a lack of legal “safe harbors” 
from federal anti-kickback rules, and concerns that prices nego-
tiated under outcomes-based contracts will trigger a new “best 
price” requirement in Medicaid or complicate Medicare average 
sales price reporting.

Industry has long complained that such regulations are not suited 
to the evolving health care environment and stand in the way of in-
novative contracting based on value. (Also see “US Outcomes-Based 
Contracts: Big Uptick In Interest, But Not Execution” - In Vivo, 6 Nov, 2016.). 

Now, with a president that appears committed to deregulation 
– and who has demanded lower drug prices – stakeholders are 
hopeful that value-based contracting will be viewed as a solution 
that deserves attention.

Jimenez’ comments came in response to an audience question 
from Eli Lilly & Co. executive Scott Shortenhaus, who asked, “How 
fertile is the soil in the regulatory environment to move on this 
now?” Shortenhaus is director of US Patient Access to Cancer Care 
Excellence (PACE), Policy and Advocacy at Lilly Oncology.

“I think on the regulatory front there is openness,” Jimenez said. 
“The new Administration has said they will work with the industry. 
…There is a wiliness to re-look at regulations based on the way the 
world is changing. Those regulations were made at a time that was 
very different than it is today. We’re facing different challenges. So 
I’m optimistic.”

Jimenez is one of six pharmaceutical company executives who 
met with President Trump at the White House Jan. 31 to discuss 
drug pricing concerns. (Also see “Carrots and Stick: Biopharma At 
The White House” - Pink Sheet, 31 Jan, 2017.) Barriers to value-based 
contracting was one of the issues that came up. 

His co-panelist at the Duke event, Avalere Health President Dan 
Mendelson, agreed there is a promising opportunity to work with 
the Trump Administration on easing the regulatory obstacles.

“I think it is an excellent time to be moving on this,” Mendelson told 
the workshop. “This is a private market approach to reducing the cost 
of drugs through the system, and I think it kind of fits a lot of the pre-
requisites, if you will, that Congress and the President have laid out.”

However, “the pharmaceutical industry is really going to need to 
remember that this won’t happen in isolation with just the phar-
maceutical companies moving it. It has to be done jointly with the 
[health] plans and other stakeholders. And it has to be very atten-
tive to patient needs as well,” he cautioned.

“I think it will move rapidly if there is a strong coalition that in-
cludes payers, providers, patients and technology companies that 
are jointly coming together to improve the system.”

“I agree that it’s not going to be just the pharmaceutical industry 
that’s going to do it, that we have to have a coalition,” Jimenez added.

In the spirit of such collaboration, Lilly and national health insur-
er Anthem Inc. jointly released a white paper on promoting value-
based contracting arrangements in 2016. (Also see “Lilly, Anthem 
Singing Same Tune On Value-Based Pricing, Communication Policy” 
- Pink Sheet, 9 Feb, 2016.)

MARGOLIS CENTER LAUNCHING VALUE-BASED 
POLICY INITIATIVE
The Duke Margolis Health Center is gearing up to develop policy 
solutions to the regulatory challenges and other obstacles pre-
venting widespread adoption of value-based contracts for drugs, 
medical devices and gene therapy, Deputy Director Greg Daniel 
told the workshop.

The initiative is in line with center Director Mark McClellan’s in-
terest in pulling together stakeholders to tackle tough policy chal-
lenges in the discovery, development, regulation and safe use of 

M A R K E T  A C C E S S

The Duke-Margolis Center is launching 
a consortium-based initiative focused 
on “practical approaches to developing 
and implementing these value-based 
payment” contracts.
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– and now payment for – medical products. (Also see “Duke’s Mc-
Clellan: Changing Drug Development Policy From Outside FDA” - 
Pink Sheet, 28 Sep, 2016.) McClellan, a former FDA commissioner 
and former administrator of the Centers for Medicare and Medicaid 
Services, remains protective of FDA’s reputation. (Also see “US FDA’s 
Bipartisan Support May Offer Shelter From Political Winds, Former 
Chief Says” - Pink Sheet, 14 Feb, 2017.)

“One of the biggest challenges are that the rules for drug pricing 
and drug reimbursement are set up with fee-for-service in mind, so 
there are a lot of regulatory barriers like Medicaid best price, anti-
kickback issues, off-label communication regulations,” Daniel said.

“These are all well-intended regulations, but when you start talk-
ing about new ways of reimbursing more value-based approaches, 
it’s really hard to design those and implement those with the old 
system in place,” he said. “That’s one of the big projects that we’re 
doing is to develop better models and provide a clearer pathway 
for more feasibly implementing those payment models.”

“The way we pay for these technologies is trapped in the old 
fee-for-service paradigm, where game-changing innovative treat-
ments are paid for in a way that doesn’t necessarily reflect value, 
and they certainly don’t drive value,” Daniel said.

“While we are really doing that on the care delivery side – we’re 
seeing a lot of our payments to hospitals and physicians using these 
alternative payment models that drive toward better measured re-
sults – we’re not seeing that yet, comprehensively, in how we pay for 
drugs and devices, mainly because there are significant barriers to 
actually developing, implementing and also evaluating alternative 
payment models that would drive better value,” Daniel pointed out.

DEFINING VALUE, DATA COLLECTION WILL ALSO 
BE ADDRESSED
In addition to regulatory barriers, challenges include first agreeing 
on what constitutes good value because “what we determine to be 
a clinical success for a drug, therapeutic or device may not neces-
sarily be a success in how a patient would define it. Aligning value 
between manufacturers, payers and other stakeholders, including 
patients, is really hard and we haven’t figured out the best way to 
do that yet,” Daniel said.

Other issues have to do with “having efficient and trusted ways 
to measure and define value,” he pointed out. Novartis’ Jimenez 

noted it has proven to be challenging to “identify if an outcome has 
been met or not” in testing such contracts and “payers say the cost 
of tracking the outcome eats up all of the savings associated with 
shifting into an outcomes-based approach.”

To tackle the issues, the Margolis Center is launching a consor-
tium focused on “practical approaches to developing and imple-
menting these value-based payment” contracts, such as outcomes-
based or risk sharing arrangements, he said.

“This effort will go beyond talking about the need for new poli-
cies and challenges. It will actually be committed to developing 
a new framework and tools for thinking about these reforms, 
strategies to overcome these barriers and actual feasible ways to 
implement these policies, specifically focused on pharmaceuticals, 
medical devices and genomic medicine, especially gene therapy,” 
Daniel explained.

The consortium will include public and private payers, product de-
velopers, patients and large provider systems such as hospitals. The 
group will aim to release a framework and recommendations in 2017.

However, Daniel pointed out, “the real work starts after that: de-
signing pilots that can implement these tools more feasibly into 
the health care system in a way that can generate the right data 
and evidence to evaluate whether [treatments] are actually result-
ing in better, high-value care.”  

Published online February 13, 2017
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challenges include first agreeing on  
what constitutes good value because 
“what we determine to be a clinical 
success for a drug, therapeutic or device 
may not necessarily be a success in how 
a patient would define it.”
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Portugal Becomes EMA’s Latest Suitor As Agency  
Cost Pressures Grow
IAN SCHOFIELD  ian.schofield@informa.com

The Portuguese government has be-
come the latest EU country to put it-
self forward as the new host country 

for the European Medicines Agency, amid 
growing concern over how the agency will 
meet the financial costs of any relocation.

The Portuguese health minister, Adal-
berto Campos Fernandes, the secretary 
of state for European affairs, Margarida 
Marques, and members of the board of 
the national drugs regulator, Infarmed, an-
nounced that they would visit the EMAs’ 
headquarters on Feb. 13 to present the 
“merits” of the Portuguese capital Lisbon 
and what they called Portugal’s “national 
commitment to a rapid transitional pro-
cess that minimizes the impact on the day-
to-day activities of the agency.”

Denmark, France, Italy, Ireland, the Neth-
erlands, Spain and Sweden have already 
expressed a firm interest in hosting the 
EMA, and all have given reasons why they 
are the ideal location, including their role 
in the EU regulatory network and the ac-
tivities of the EMA, their transport links, 
and a life science environment. Portugal is 
no exception.

In a note, the government explains Lis-
bon’s attributes by way of transport net-
works, international schools, health sys-
tem, multiculturalism and openness, ability 
to host large international events, good cli-
mate, and a “cosmopolitan and secure so-
cial environment.” It says the 2016 Quality 
of Living Survey ranked Lisbon among the 
top 50 cities worldwide in terms of quality 
of life, and that Portugal was judged the 
“fifth most peaceful country in the world” 
in the 2016 Global Peace Index. 

COST CONCERNS MOUNTING
But as the ranks of the pretenders swell, so 
does concern over the potential costs of 
Brexit for the EMA. Its management board 
has announced that a decline in the bud-
getary contribution from the EU means it 
will no longer be able to create a special 

financial provision to deal with the impli-
cations of its likely relocation from the UK 
to another EU country.

“Following the budgetary authority 
decision to cut EMA’s EU contribution by 
€8,350,000, the agency will not be able to 
create a proposed ‘Brexit provision’ of €6.4 
million,” according to the recently released 
minutes of the agency’s December 2016 
management board meeting. 

This provision was presumably meant to 
offset the costs that will be incurred in relo-
cating the agency – for example, the EMA 
believes that up to 50% of its staff could 
decide not to move, with all the associ-
ated recruitment expenses that would im-
ply. (Also see “Brexit: EMA Could Lose Up To 
Half Its Staff If It Has To Move” - Pink Sheet, 
2 Dec, 2016.) The board noted that “some 

higher than normal loss of staff has been 
observed recently” and that employees’ 
decisions as to whether to relocate would 
be “largely dependent on the future loca-
tion of the agency.”

It said there was “concern over provi-
sions to be made in the case of a substan-
tial loss of staff” and over the time needed 
to select and train new staff members. The 
agency would “try to streamline its selec-
tion procedures, but must also think about 
other alternative solutions,” the board said.

It also noted that “€2.2m for IT project 
activity will need to be covered by further 
cross budget savings and by closely fol-
lowing the Euro-GBP exchange rate devel-
opments.” It added that the 2017 IT budget 
“reflects a best estimate, with some uncer-
tainties caused by the transition to fixed-
price contracts, and significant changes to 
a new service delivery model and architec-
ture changes to prepare for the possible 
relocation of the agency.”

At the same time, the EMA is facing a 
range of other financial pressures includ-
ing a 1.3% rise in salary expenditure this 
year “due to higher than expected insur-
ance and pension costs,” while payments 
to national competent authorities (NCAs) 
for their work on the evaluation of medi-
cines are expected to rise by 3.6%.

PREPAREDNESS IS ALL
Amid the uncertainties created by Brexit, 
preparedness for any eventuality is vi-
tal, and following the referendum vote 
in June last year the EMA lost no time in 
setting up a task force to assess the likely 
impacts and consider what actions might 
need to be taken to mitigate these effects.

The cross-agency, multi-disciplinary 
task force, chaired by EMA deputy executive 
director Noël Wathion, is looking at issues in 
four topic areas: relocation preparedness, 
operational and financial preparedness, 
matters relating to human resources, and 
internal and external communications.

Denmark, France, 
Italy, Ireland, the 

Netherlands, Spain and 
Sweden have already 

expressed a firm 
interest in hosting  

the EMA.
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While the agency continues to work un-
der the “business as usual” assumptions, 
“shifts in priorities and focus may become 
necessary” depending on how the situ-
ation evolves, according to the manage-
ment board. In the meantime, the agency 
is conducting impact assessments and 
general preparedness activities to identify 
the possible impact of loss of UK expertise, 
loss of current staff and currency volatility.

Another issue highlighted is the grow-
ing workload of the NCAs that carry out 
much of the EMA’s work on centralized 

drug approval procedures. The agency 
said that its own workload trends “indi-
cate continuous growth in procedure 
volume, as well as in complexity of proce-
dures, as more innovative products enter 
the agency’s portfolio.”

It said there was a possibility that the 
NCAs might “feel the strain too in terms 
of resources for decentralized procedures 
and this might be a hurdle to engagement 
by NCAs in centralized procedures.” It was 
suggested that they might need to “plan 
investments in scientific resources to face 

not only possible challenges, but also op-
portunities, which a significant change in 
working dynamics might bring.”

On the (slightly) brighter side, the agen-
cy noted that the “major shifts” in the Euro/
sterling exchange rate, “together with the 
stoppage to investments on the building 
in the perspective of a possible relocation, 
will significantly reduce certain expendi-
ture for 2017.”  

From the editors of Scrip Regulatory Affairs. 
Published online February 13, 2017

‘Virtually Bribery And Corruption Free’ Denmark  
With Its Clean Canals Says ‘Give Us EMA’
MAUREEN KENNY  maureen.kenny@informa.com

A public sector virtually free of bribery and corruption, a lead-
ing position in health data and patient safety, a visionary 
and innovative life science cluster, the fact that English is 

considered a natural second language, and, of all things, clean ca-
nals. These are among the factors that Denmark says would make 
its capital city Copenhagen a good location for the European Medi-
cines Agency when, if as expected, it relocates from London in the 
wake of the UK’s departure from the EU.

Denmark officially announced its candidacy for the EMA on Feb. 
8, the same day the UK government’s Brexit bill cleared the House 
of Commons, paving the way for Prime Minister Theresa May  to 
trigger Article 50 and start formal EU exit negotiations by her tar-
get of the end of March. 

Former Novo Nordisk CEO Lars Rebien Sørensen has been 
brought on board as special envoy to help secure support for the 
Danish candidacy. “Many EU member states have or will bid to 
host EMA so we expect tough competition,” the Danish Medicines 
Agency (DKMA) told the Pink Sheet. Among the competitors are 
Sweden, the Netherlands, Ireland, which is putting together a for-
mal bid proposal, and Italy, which views Milan as a potential venue. 
(Also see “Dutch Call For Early Decision On Location Of EMA And Say 
‘Why Not Us?’” - Pink Sheet, 20 Jan, 2017.)(Also see “Dublin The Odds: 
Ireland Plays On Strengths As It Prepares EMA Bid” - Pink Sheet, 23 
Sep, 2016.)(Also see “Swedes Explain Why They Should Have the EMA 
‘Gem’ After Brexit” - Pink Sheet, 20 Sep, 2016.)

In common with other suitor countries, Denmark cites factors 
such as good travel links, a strong life sciences sector, an active na-
tional drug regulator, the prospect of continuity of the EMA’s work, 
and, for EMA staff who are relocating, good housing and schools. 

The DKMA is also planning to employ more staff who will be 
able to take over some of the work currently done by the UK reg-

ulator, the MHRA.
The EMA has warned that it could lose up to half its almost 

900-strong staff if it relocates. (Also see “Brexit: EMA Could Lose Up 
To Half Its Staff If It Has To Move” - Pink Sheet, 2 Dec, 2016.) DKMA Di-
rector General Thomas Senderovitz has the following message for 

“ Many EU member states have or  
will bid to host EMA so we expect 
tough competition.”  
- Danish Medicines Agency
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those who are going to have to consider whether to move with the 
agency. “Copenhagen is a great place to live,” he says. “The water in 
the canals of Copenhagen is so clean that you can swim in it, and 
most locations in the city centre are within biking distance. Living 
standards are generally high, and Copenhagen offers a great mix 
of entertainment and has several international schools of a high 
standard.”

The DKMA also notes that, according to Transparency Interna-
tional, corruption and bribery in the public sector are virtually un-
known in Denmark. Asked why it had chosen to include this point, 
the agency said it was meant to convey the message that Copen-
hagen “has high quality of life and high liveability for EMA’s staff 
and that the relocation will run smoothly.”

Transparency International says “no country gets close to a per-
fect score” in its Corruption Perceptions Index 2016. With a score 
of 90, Denmark comes top. Of the other countries that are known 
or reported to be interested in hosting the EMA, Sweden is ranked 
4th, the Netherlands 8th, Ireland 19th, France 23rd, and Spain 41st. 
Italy is ranked joint 60th, with Cuba, with a score of 47, slightly 
above the overall average score of 43. 176 countries or territories 
are included in the rankings. The UK in 2016 ranked 10th.

AGENCY EXPANSION
The DKMA is expanding so it can take on some of the work current-
ly done by the MHRA. “There is no doubt that Brexit will have a ma-
jor impact on the cooperation on medicinal products throughout 
Europe, especially because the [MHRA] is currently contributing 
significantly to the scientific work at EMA,” Senderovitz said. “Con-
sequently, we are bringing more staff into our organisation, and we 
are willing to take more than a fair share of future assessments. We 
are also making efforts to strengthen our capacity within scientific 
advice and biostatistics.”

A network consisting of the DKMA, the Ministry of Health, the 
Ministry of Industry, Business and Financial Affairs, the Ministry 
of Foreign Affairs and the City of Copenhagen will seek to make 
Denmark the next base for the EMA. Foreign affairs minister Anders 
Samuelsen said he, the rest of the government and the new spe-
cial envoy, Lars Rebien Sørensen, would work hard in the coming 
months to gain support for Denmark’s candidacy.

A website has been created (http://emacph.eu/) to support the 
Danish candidacy. A 28-page brochure explains why Copenha-
gen is the ideal candidate and the bid has its own Twitter handle 
- @ema2cph.

IRELAND
In Ireland, an interdepartmental/interagency working group 
chaired by the Department of Health is currently working on a pro-
posal to host the EMA and a political and diplomatic offensive is 
under way, according to Irish health minister Simon Harris.

Addressing a briefing organized on Feb. 8 by the Healthcare En-
terprise Alliance (an Irish association comprising a few generic/bio-
similar firms including Teva, Mylan and Krka), Harris said a move to 
Dublin would minimize the disruption to the business of the EMA, 
thus ensuring continued protection of EU citizens and providing 

reassurance to the industries which it regulates. Harris mentioned 
a number of factors that would make Dublin, specifically, a suitable 
location. These include: proximity to London and a similar environ-
ment which will encourage staff retention, thereby keeping disrup-
tion to a minimum, and an English language location, “which is the 
working language of the EMA and the pharmaceutical industry”.

Both Ireland and Denmark view as important the fact that Eng-
lish is either the native language or “a natural second” in the case 
of Denmark. Both countries also cite as an appealing factor a safe, 
pro-EU environment.

Harris met EMA executive director Guido Rasi at the agency on 
Jan. 23 and earlier this month and had discussions with EU Health 
Commissioner Vytenis Andriukaitis and other key officials in Brus-
sels. The health minister said he would continue to lead the case 
for Dublin and that it was important that all stakeholders, includ-
ing HEA companies, promoted the advantages of Dublin as a new 
location for the EMA, in particular with partners in Europe.  “I would 
very much welcome the support of your industry as we seek to 
bring this key agency to Dublin.”

ITALY
In Italy, the government is taking the candidature of Milan as a pos-
sible seat for the EMA very seriously, working closely with the rel-
evant municipal and regional authorities, says Riccardo Fruscalzo, a 
lawyer from the Milan office of law firm Hogan Lovells.

Fruscalzo suggests Italy has less than its fair share of important 
European institutions. “Italy is the only big European country, and 
founder of the European Union, that is not hosting any other im-
portant European institution in its territory, except for the Euro-
pean Food Safety Authority,” he says. Fruscalzo notes the potential 
synergies between the EMA and the EFSA, citing the US Food and 
Drug Administration as an example of a single agency that regu-
lates both functions.

UK BREXIT PROCESS
Following its approval by MPs on Feb. 8, the UK Brexit bill moves 
to the House of Lords. While it may face opposition, it is expected 
to be passed and then given royal assent on March 7. The Prime 
Minister would then be able to formally notify the EU that she is 
invoking Article 50 at an EU summit later that week, which would 
start the two-year countdown to the UK leaving the EU.

The decision on the location of the new home of the EMA will 
be made by the Council of the EU, which represents the member 
states. Asked what the next step was in the process and whether it 
had in fact submitted an official bid rather than simply announc-
ing its candidacy, the DKMA said it was not in a position to answer. 
A Council spokesperson said recently that nothing had been dis-
cussed yet with regard to the future location of the EMA and prob-
ably would not be until the UK government triggered Article 50. 
(Also see “UK Favors Post-Brexit EMA/MHRA ‘Mutual Recognition’ 
Deal” - Pink Sheet, 26 Jan, 2017.)  

From the editors of Scrip Regulatory Affairs. Published online  
February 13, 2017

http://emacph.eu
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BMS Label Issue Adds To China Drug Shortage Woes
BRIAN YANG  brian.yang@informa.com

On a quiet afternoon after the Chi-
nese New Year, an emergency re-
quest prompted a rush to action 

as people scrambled to secure supplies of a 
critical cancer therapy.

The drug in focus was carboplatin, mar-
keted by Bristol-Myers Squibb Co. in China 
as Paraplatin. As one of several basic cancer 
therapies currently marketed in China, Para-
platin is indicated to treat patients with re-
lapsed epithelial ovarian cancer (EOC) in the 
first-line setting, or for second-line use when 
other treatments fail. It is also approved for 
small-cell lung and squamous head and 
neck cancer.

In the Paraplatin case, the call for help 
came from a Mr. Xu, whose mother living in 
the Southwestern province of Guizhou was 
undergoing chemotherapy. Although Xu 
asked around several large hospitals, he said 
he couldn’t find any supplies of carboplatin.

Frustrated, he then sent out a plea via 
social media platform WeChat for 10 doses 
of the 150mg injection formulation, an ap-
proach that raised the eyebrows of people 
inside the pharma industry. “I don’t see how 
such a commonly used drug can be out of 
stock [at large hospitals],” said one person.

Given that China has the one of the largest 
cancer patient populations in the world, with 
an estimated 4.3 million newly diagnosed 
cases in 2015 alone, the shortage of such a 
basic drug appears to be appalling. When 
asked about the situation, Xu shrugged: “I 
don’t quite know why [it happened], but the 
reasons could be quite simple.”

BMS itself said the issue with Parapla-
tin was caused by a label printing prob-
lem. “Recently, it came to our attention 
that one batch of Paraplatin planned for 
mainland China contained a label print-
ing issue,” said the company in a written 
response, without elaborating the details 
and areas the issue impacts.

Per the product insert available online, 
the product is made in Italy and exported 
to China.

“Patient need is our primary concern. 
We are now arranging another batch of 

product and giving best efforts to speed 
up all required procedures so as to mini-
mize the potential impact on patients,” 
the company stressed.

WIDER PROBLEM
Drug shortages are not new in China, and 
Pfizer Inc. for one has seen supplies of its 
pneumococcal vaccine Prevenar 7 run out 
in the country, due to a regulatory approv-
al gap for its newer Prevenar 13.

But what’s puzzling and troubling people 
is that some widely-used life-saving drugs 
now appear to be in short supply in China.

In the past, certain low-priced drugs 
have been in short supply due in part to 

China’s bidding process. Some products 
usually have a small profit margin to begin 
with and after prices are lowered further 
during bidding, manufacturers have opted 
to stop supplying them or even halt pro-
duction altogether.

Anticancer agents including carbopla-
tin, however, are usually higher priced and 
thus observers are wondering if the new 
shortage is due to producers not winning 
recent official drug procurement process-
es in Guizhou or other regions.

“If a maker didn’t win the bidding, hos-
pitals won’t be able to procure the drug, 
and thus there won’t be supplies,” one 
source said.

DOMESTIC GENERIC BOOST?
The fallout from the BMS supply disrup-
tion is slowly emerging, but one result 
may be that Chinese physicians will 
switch more to domestic generics as they 
seek stable supplies.

A mature genericized product, carbo-
platin is also manufactured and marketed 
by a number of domestic makers includ-
ing Shangdong Qilu Pharmaceutical Co. 
Ltd. In fact the molecule was listed as an 
essential drug in China’s Essential Drug 
List in 2014.

Foreign products are often perceived to 
be of higher quality, but China has recently 
emphasized the need for bioequivalence 
testing, which the government hopes will 
improve the quality of domestically manu-
factured generics. This requirement will 
enter an important phase in 2017 as the 
first batch of 75 widely-used oral drugs – 
mostly from the essential drugs list – are 
required to complete bioequivalence test-
ing before the year-end.

The certified quality may help to expand 
the use of domestic, usually lower-priced, 
generics as alternatives to the original 
products from multinationals.

Others disagree however, citing a prob-
ably lasting preference for original prod-
ucts, particularly when it comes to life-
saving treatments and especially among 

“Recently, it came to 
our attention that one 

batch of Paraplatin 
planned for mainland 

China contained a 
label printing issue,” 
said the company in 
a written response, 

without elaborating 
the details and areas 

the issue impacts.
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China’s increasingly affluent middle-class 
consumers.

REGULATORY REMEDIES
In other steps, just before the start of the 
Chinese New Year holiday in late January, 
the Health Reform Office of China’s Cabi-
net, the State Council, also issued a docu-
ment to ensure the stable supply of drugs.

The document outlined plans for the 
government to set up an early warning sys-
tem to monitor drug use at hospitals, and 
to take appropriate measures in preparing 
for any likely shortages.

Additional measures include prioritizing 
approvals for high-need drugs, accelerat-
ing the bioequivalence testing program for 
generics, strengthening quality monitor-
ing, and rolling out the new market autho-
rization holder system.

On top of this, treatments with high 
medical need will receive accelerated re-
views to ensure early access, noted Wu 
Zhen, the deputy commissioner of the 
China FDA and who was the chief official 
behind China’s recent push to speed up 
new approvals to erase a drug lag.

“Hepatitis C drugs have been prioritized 
at CFDA’s Center for Drug Evaluation, and 
we will see results soon,” Wu said during a 
Jan. 25 press briefing in Beijing.

“CFDA has the policies to speed up the 
review of anticancer, infectious disease, 
orphan and pediatric drugs. The priority 
policies are not only applied to Chinese 
domestic companies but also to foreign 
makers. Imported innovative drugs that fit 
these conditions can also enjoy the poli-
cies,” Wu stressed.

SHORT TERM NEED
This mix of new policy steps should relieve 
the drug supply issues in the long term, but 
for now, Xu is still pinning his hopes on us-
ing social media to reach out to those who 
may be able to help get his ailing mother 
the chemotherapy she desperately needs.

One contact in Shanghai secured the 10 
doses and for now, to everyone’s relief, Xu’s 
mother will at least be able to complete her 
cancer treatment cycle.  

From the editors of PharmaAsia News. 
Published online February 12, 2017

Reckitt Expands ‘OTC’ Business,  
China Presence With Mead Johnson
MALCOLM SPICER  malcolm.spicer@informa.com

Reckitt Benckiser Group PLCextends 
the “ideal continuum” it targets with 
consumer health products to include 

the youngest consumers by acquiring in-
fant formula and adult nutritionals firm 
Mead Johnson Nutrition Co.

Gaining a platform to help expand sales 
of its existing health, personal and home 
care products in China is another advan-
tage RB sees in its planned cash acquisition 
of Mead Johnson. In the deal announced 
Feb. 10 and expected to close during the 
July-September period, RB will pay $17.9bn 
for Mead Johnson, $90 for each share and 
$1.2bn for its debt.

Adding Glenville, Ill.-based MJN also im-
mediately doubles the size of the UK firm’s 
consumer business, most known in the US 
for the Mucinex (guaifenesin) OTC expec-
torant line and Clearasil (salicylic acid, ben-
zoyl peroxide, resorcinol and/or sulfur) acne 
treatments.

Manufacturing and marketing Enfamil 
and other Mead Johnson formula and nu-
tritional brands are “very much in the core 
of what consumer health stands for,” says RB 
CEO Rakesh Kapoor.

During a same-day briefing on RB’s 
fourth-quarter earnings and the acquisi-
tion, Kapoor pointed out the firm sees most 
of its brands, including those commonly 

recognized as household or personal care 
lines, as health care tools for consumers.

“We don’t think of health as this over-the-
counter [drug] thing. Our view of health is 
more expansive, more if I may say so, vision-
ary,” the CEO said.

Household and personal cleaners, such 
as RB’s Lysol disinfectants, Vanish cleaners 
and Dettol antiseptic washes and clean-
ers, are health products because they help 
make homes and other places more benefi-
cial to consumers’ health, Kapoor explained.

He said his interest in infant nutrition and 
in acquiring a firm competing in the space 
piqued when he read about research point-
ing toward longer lifespans, perhaps as 
long as 142 years, for future generations.

“But yet, we don’t have things today 
that can make them healthier at the 
very beginning of their lives, make them 
healthier at the very beginning. Nor do 
we actually right now think about, how do 
we make them healthier all through their 
lives through the 142 years?” Kapoor said.

Some of RB’s top sellers are health care 
lines used during later stages of a consum-
er’s life, including Strepsils cough lozenges, 
Nurofen (ibuprofen) analgesics, Durex con-
doms and Scholl foot care products as well 
as Mucinex and Clearasil.

Finish dishwashing soaps, AirWick air 
fresheners, Dettol, Lysol and Vanish round 
out RB’s top 10 brands.

“These are the top 10 power brands. 
Quite a lot of them touch the lives of people 
to make them healthier and live better,” Ka-
poor said, adding, “We see the whole world 
of healthier lives and happier homes actual-
ly as a continuum where health makes peo-
ple healthy … sort of an ideal continuum.”

Adding nutritionals into RB’s continu-
um of consumer health care, like its en-
try into the OTC expectorant space with 
its 2008 acquisition of Mucinex marketer 
Adams Respiratory Therapeutics Inc., is 
an “inflection point” for the firm, he said. 
(Also see “Reckitt Consumer Health Growth 

R E G U L AT O R Y  U P D AT E C O N S U M E R  P R O D U C T S

Enfamil Newborn is among the  
extensive line of infant nutritionals Mead 
Johnson markets under the brand in the 

US and other countries.
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Helps Fuel Pharma Unit Divestment Buzz” - 
Pink Sheet, 23 Oct, 2013.)

Kapoor noted other inflection points in-
cluding the 1999 merger of personal care 
and household product firms Reckitt & 
Colman and Benckiser forming the current 
company; its entry into consumer health 
with its 2006 acquisition of Boots Health-
care International; and expanding into the 
condom and foot care markets with its 2010 
acquisition of Durex and Scholl marketer 
SSL International PLC. (Also see “Reckitt 
Benckiser Revenue Grows 15% On OTCs, SSL 
Acquisition” - Pink Sheet, 25 Apr, 2011.)

“This is the history of inflection points of 
this company … consistent track record of 
organic growth, with the inflection provid-
ed by moments in the history which create 
that leap, that jump shift. This is the next 
inflection point,” he said.

MJN ACTS IN TIME
The deal will end MJN’s existence as an in-
dependent firm less than 10 years after it 
launched in a 2009 initial public offering 
in a spinoff former parent Bristol-Myers 
Squibb Co. made as part of broader initia-
tive to divest non-core pharma assets.

Chances were, though, that an MJN sale 
would happen even sooner.

In a research note published when RB-
MJN deal rumors began, Morningstar ana-
lyst Zain Akbari on Feb. 2 said speculation 
has followed Mead Johnson since its IPO,” 
including interests from competitors in the 
formula space, DanoneSA and Nestle SA. 

“We do not think the transaction will face 
significant regulatory concerns, given the 
limited overlap between the companies’ ac-
tivities” the analyst added. “Mead Johnson 
had been the only large pure-play infant 
formula and early-childhood nutrition firm, 
a business in which RB does not operate.”

The MJN “board’s decision to take the $90 
bid clearly signals that it expects the oper-
ating environment to remain challenging 
and that it does not see a clear path to re-
gain sales/earnings growth momentum in 
the near term,” BMO Capital Markets analyst 
Amit Sharma said in a Feb. 10 research note.

Still, Sharma added that with MJN’s lead-
ing market share in China an attractive asset, 
it is “difficult to completely rule out a com-
peting bid.”

MJN has lowered its sales and earnings 
guidance on multiple occasions over the 
past year, due to losses to foreign currency 
exchange, new product testing standards 
for imported goods in China and an increase 
in trade investments, and in January said its 
2016 fourth-quarter gross sales of $901.6m 
were down 7% on a reported basis from the 
prior-year quarter. Its full-year reported net 
sales of $3.7bn were off 8% from 2015.

The firm’s guidance for 2017 full-year net 
sales is in the range of 3% lower to even with 
its 2016 results.

MJN says RB’s offer is a premium of 29% to 
its share closing price on Feb. 1, which was 
before market speculation of a potential 
transaction, the total price of $17.9bn repre-
sents a multiple of 17.4 times its 2016 earn-
ings before interest, tax, depreciation and 
amortization calculated under non-gener-
ally accepted accounting principles. MJN’s 
board unanimously approved the deal. (Also 
see “RB Eyes MJN, Spiked Supplements, GMP 
Warning: Health & Wellness Industry News 
Roundup” - Rose Sheet, 6 Feb, 2017.)

MJN shares opened trading Feb. 10 at 
$86.99 and closed at $87.72. The shares’ 
highest price for the previous 12 months 
was $94.40 in July and the low was $68.58 
in February 2016.

CHINA REPRESENTS PROBLEMS …
The brunt of the challenge for MJN and 
other formula marketers is the evolving 
regulation of manufacturing and sales of 
the products in China.

In 2014, China’s FDA published a series 

of rules to enhance supervision of formula 
manufacturing after a compliance crisis hit 
the industry there in 2013. Local infant for-
mula makers lost market share steadily to 
MJN and other multinational firms due to a 
quality scandal that resulted in numerous 
infant deaths in the mid- and late-2000s. 
After the scandal, international brands 
began to dominate the China market and 
claimed stronger pricing power due to bet-
ter quality control and premium products. 
(Also see “China Tightens Infant Formula In-
dustry Oversight, Levels Playing Field” - Pink 
Sheet, 3 Feb, 2014.)

MJN was among the firms that had non-
manufacturing problems in Chin. The firm 
paid a $33m fine in China and five others 
also were fined there in 2013 after trade 
regulators accused them of price fixing 
and antimonopoly practices; two years 
later, MJN consented to a Securities and 
Exchange Commission order on violations 
of the US Foreign Corrupt Practices Act, 
without admitting or denying the findings, 
and agreed to pay $7.77m disgorgement, 
$1.26m in prejudgment interest and a 
$3m penalty. (Also see “Industry Roundup: 
SEC Fines MJN, Criminal Charge For Herb-
als Seller, Decree Closes Aspen Supplement 
Marketer” - Pink Sheet, 29 Jul, 2015.)

However, Credit Suisse analysts said in a 
Feb. 10 research note that tighter regula-
tion in China and typically close regulatory 
scrutiny of infant nutritionals production 
and sales around the world bode well for 
RB’s move, although there may be chal-
lenges for near-term expectations about 
boosting earnings.

Credit Suisse sees “MJN as a low-risk deal 
being done at an attractive price. MJN is 
a leading and long-established player in 
an industry that, due to the existence of 
significant barriers to entry, is highly con-
centrated and has sustained high returns 
for a long period of time,” according to the 
analysts’ note. But “MJN’s near term profit 
trajectory given the challenges it faces in 
several markets, most notably China” is not 
clear, the Credit Suisse note stated. “With 
the deal not expected to close until Q3 (the 
critical path being regulatory approval in 
China?), we would not be surprised if near 
term profit expectations slipped a bit.”

Morningstar’s Akbari also notes a po-

C O N S U M E R  P R O D U C T S

Mead Johnson markets Sustagen infant and 
adult nutritional products in Argentina, 

Brazil, Chile, Central America, Colombia, the 
Dominican Republic, Mexico, the Philippines,  

and Venezuela.
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tential drag in RB’s eventual integration 
of MJN’s business. “A takeover from a 
non-formula-maker would limit available 
synergies (and potentially the acquisition 
premium a suitor would offer) given the 
industry’s reliance on engagement with 
medical personnel.”

… AND PROMISE APLENTY
RB executives don’t downplay challenges 
in China’s infant formula market, but they 
also made clear they couldn’t overstate 
their expectations for their China business 
overall.

MJN’s business increases RB’s emerging 
markets impact footprint by two-thirds, 
largely from sales in China, a country the 

firm relatively recently began to prioritize 
as a growth driver.

Kapoor said China was around the 40th 
largest market for RB five years ago when 
he became CEO. “We did make at top 10 
market and we were progressing very well 
actually by ourselves too, but this makes it 
our second largest market,” he said.

And with infant formula, China becomes 
even more important to RB.

“The increasing ‘premiumization’ in this 
category, and if you just see big markets 
like China, there’s a very significant trend,” 
Kapoor said.

Another factor in China’s importance in 
the deal is that the country recently aban-
doned its one-child policy. “China makes a 

material difference in this whole category,” 
the CEO added.

RB’s health products’ nets sales for the 
fourth quarter were flat, down 1%, or up 
16% excluding losses to foreign exchange, 
at $967m, and the products’ full-year sales 
were up 4%, or up 13% excluding exchange 
rates, at $3.2bn, according to the firm.

It’s total net sales also were flat, up 1%, 
or up 19% without losses to foreign ex-
change, during the October-December pe-
riod at $2.8bn; full-year total sales were up 
2%, or 11% excluding currency exchange, 
to $9.9bn.  

From the editors of the Tan Sheet.  
Published online February 13, 2017
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FDA’s ANDA Approvals
SPONSOR ACTIVE INGREDIENT DOSAGE; FORMULATION APPROVAL DATE

Atlas Methocarbamol 500 mg and 750 mg; tablet 2/8/2017

Accord Carboplatin
500 mg/5 mL (10 mg/mL), 150 mg/15 mL (10 mg/mL), 450 
mg/45 mL (10 mg/mL), and 600 mg/60 mL (10 mg/mL); 
injectable, IV infusion

2/9/2017

Mylan Estradiol/ norethindrone acetate 0.5 mg/0.1 mg and 1 mg/0.5 mg; tablet 2/10/2017

Gland Oxaliplatin 50 mg/10 mL (5 mg/mL) and 100 mg/20 mL (5 mg/mL); 
injectable, IV infusion 2/10/2017

Cipla Oxaliplatin 50 mg/10 mL (5 mg/mL) and 100 mg/20 mL (5 mg/mL); 
injectable, IV infusion 2/10/2017

Novel Homatropine methylbromide/ 
hydrocodone bitartrate 1.5 mg/5 ml and 5 mg/5 mL; syrup 2/13/2017

Cadila Rivastigmine tartrate EQ 1.5 mg base, EQ 3 mg base, EQ 4.5 mg base and EQ 6 
mg base; capsule 2/13/2017

Actavis Levoleucovorin calcium EQ 50 mg base/vial; powder, IV infusion 2/13/2017

Amneal Levoleucovorin calcium EQ 50 mg base/vial; powder, IV infusion 2/13/2017

Gland Tranexamic acid 100 mg/mL; injection 2/13/2017

Novel Moxifloxacin HCl EQ 400 mg base; tablet 2/13/2017

Teva Logilia (ulipristal acetate) 30 mg; tablet 2/13/2017

Mylan Zoldedronic acid EQ 5 mg base/100 mL; injectable, IV infusion 2/14/2017

Tentative Approvals

Mylan Bivalirudin 250 mg/vial; injectable 2/10/2017

Sun Tadalafil 2.5 mg, 5 mg, 10 mg and 20 mg; tablet 2/10/2017

G E N E R I C  D R U G S
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A D V I S O R Y  C O M M I T T E E S

Recent And Upcoming FDA Advisory Committee Meetings
TOPIC ADVISORY COMMITTEE DATE

Pediatric-focused safety reviews for various products as mandated by the 
Best Pharmaceuticals for Children Act and Pediatric Research Equity Act; role 
of pharmacogenomics in pediatric product development

Pediatric March 6-7

Strain selection recommendations for influenza virus vaccines for the  
2017-2018 flu season

Vaccines and Related  
Biological Products

March 9

Premarketing and postmarketing data about the abuse of Endo’s Opana ER 
(oxymorphone extended-release), and abuse of generic extended-release 
and immediate-release oxymorphone products

Drug Safety and Risk  
Management; Anesthetic and 
Analgesic Drug Products

March 13-14

Strategies, approaches and challenges in model-informed drug develop-
ment, including use of physiologically-based pharmacokinetic modeling and 
simulation throughout a drug’s life cycle and mechanistic model-informed 
safety evaluations

Pharmaceutical Science and 
Clinical Pharmacology

March 15
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Minimize Risk:
•   Quickly access Standard of Care disease 

treatments by patient segment and country.

•   View Standards of Care by treatment  
regimen or individual drug views.

Data is sourced directly from Datamonitor 
Healthcare’s expert and robust primary  
resource analyses.

Covering a variety of disease areas in US, 
Spain, France, Japan, UK, Germany and Italy.
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Request a demo!
citeline.com/products/trialtrove/ 

Standard of Care

Optimize clinical trial design with Trialtrove’s new Standard of Care service


